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PROCEEDINGS
[9:00 a.m.]

DR. MCLELLAN: Okay. Good morning everyone.
Welcome. Let me just start with a couple of general
comments and of course start with the proverbial please
mute your devices, so we can have an enjoyable meeting.

1’d like to remind you that our meetings are webcast
and live, so we hope you will stay engaged and of
course speaking clearly and slowly.

1’d like to welcome you all. 1°m going to start
by doing some quick introductions around the table and
then we”ll move onto our formal meeting. So my name is
Mark McLellan, I am the Vice President of Research at
Utah State University and Chair of the Science Board
here. And maybe if we’d just start here and work our
way around.

DR. WILSON: Carolyn Wilson, Associate Director
for Research Center for Biologics Evaluation Research.

DR. MARKS: Peter Marks, Senate Director, Senate
for Biologics Evaluation Research.

DR. REISS: Hi, I1’m Ted Reiss, Head of Clinical

Research and Development at Celgene Inflammation and
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Immunology.

DR. BALDI: 1I’m Rhondee Baldi an Interest and a
Medical Director at Inovalon.

DR. TOSI: I°m Laura Tosi, | am Director of the
Bone Health Program at Children’s National here in DC.

I guess we’re not quite in DC, but next-door in DC.

DR. BAHINSKI: Hi, Anthony Bahinski, Global Head
of State Department Ecology at Glaxo Smith Klein.

RADM HINTON: Good morning. Denise Hinton, Acting
Chief Scientist.

MR. RAGHUWANSHI: Hi, Rakesh Raghuwanshi,
Designated Federal Officer for the Science Board.

DR. STEELE: Scott Steele, Associate Professor,
Public Health Sciences and Director of the Regulatory
Science Programs at University of Rochester.

DR. KOWALKCYK: Barbara Kowalkcyk, Assistant
Professor in the Food Science Department at the Ohio
State University.

DR. SARWAL: Minnie Sarwal, Professor of Surgery
Medicine and Pediatrics at the University of California
San Francisco, and Director of the Precision Transplant

Medicine Program at University of California.
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DR. AFSHARI: Cindy Afshari with Amgen
Incorporated. 1 lead the comparative biology and
safety sciences group.

DR. YASZEMSKI: Mike Yaszemski, Mayo Clinic. 1°m
an orthopedist and a chemical engineer. | do spine
surgery and musculloskeletal oncology and I direct our
GMP facility at Mayo for biomaterials.

DR. XIE: Xiang Xie. 1°m a Professor
Pharmaceutical Science at School of Pharmacy University
of Pittsburgh. And also 1°m [inaudible] Research of
School Pharmacy and a Director of [inaudible] Center of
Excellence for Computational Drug Abuse Research.

DR. BYRNE: Hi, I’m Barry Byrne from the
University of Florida. 1°m a Professor of Pediatrics
and Director of the Paleogene Therapy Center there.

DR. MCLELLAN: Very good. Now we’ll listen to a
statement on conflict of interest. Rakesh.

CONFLICT OF INTEREST

MR. RAGHUWANSHI: Sure, sure. So good morning
everyone and welcome to FDA. 1°d like to thank the
members of the Science Board for traveling from coast

to coast to be here. And those of you whose flights
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;
were cancelled and had to drive thank you to you too as
well. And sorry that you had to do that. Welcome to
the public and to the FDA staff.

Today the Science Board will hear from the CBER
Research Program Review Subcommittee Chair. The Board
will also hear about FDA’s patient affairs initiative
and will engage in a high level discussion on various
topics as outlined In the agenda. All members of this
Advisory Committee are special government employees and
are subject to federal conflict of interest laws and
regulations.

The follow information on the status of this
Committee’s compliance with federal ethics and
conflicts of interest laws covered by, but not limited
to those found at 18 USC 208 is being provided to
participants in today’s meeting and to the public. FDA
has determined that members of this Committee are in
compliance with federal ethics and conflict of interest
laws. Based on the agenda for today’s meeting no
conflict of interest waivers have been issued.

We have one open public comment period scheduled

for 3:30. There have not been any requests to speak

Alderson Court Reporting
1-800-For-Depo



© 0o N o o A~ W N PP

N NN P R R R R R R R R R
N B O © 0 N O O M W N B O

thus far, but if any member of the public wishes to
comment during this period please announce yourself at
that time and we will accommodate you within the period
allotted.

To those of you on the phone, please remember to
unmute when speaking and go back on mute when you’re
not speaking to help minimize any feedback and so that
the transcriber can easily hear those in the room and
you guys on the phone. I will note about these
microphones at the table. 1”°ve been told that if more
than two or three are on at the same time the volume
drastically drops. So once you’re done speaking just
hi the red button and make sure your red light turns
off.

I just wanted to add one more thing about conflict
of interest. As all of the Science Board members are
aware In the past we have delved pretty deep into
specific drugs or a class of products. And we have
done extensive screening for those meetings. You all
recall the opioids meeting of March 2016 and the sheer
volume of paperwork you had to fill out.

Today’s meeting the idea is not to have a
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discussion around specific drugs or a specific class of
products. Rather the intent is to have a high level
discussion on FDA’s processes, its approach, its tools
and its authorities and to discuss ways the Agency can
better utilize those and better engage with relevant
stakeholders to maximize its positive impact on public
health. So I just wanted to note that for the record.
Thank you.

DR. MCLELLAN: Okay. Ladies and gentlemen we
do -- I can call the meeting to order. We do have an
agenda in front of us. We’ll be discussing the CBER
Research Program review. We’ve got statements from
Rear Admiral Hinton, as well as our Commissioner. And
then our afternoon will be jumping into a fairly
extensive discussion covering electronic health
records, drug repurposing. If we can get further along
we”ll get into FDA’s secure computing environment
issues and the use of real world data in terms of
augmenting clinical results.

For the Committee Members if there’s anything else

to add to the agenda this would be the time to speak

up -
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[No response.]

Hearing none we’ll set the agenda as is. Our
minutes are transcribed through webcast so they are
verbatim. No approval of minutes is needed therefore.

So our discussion today is sort of at a
30,000-foot level as we get Into that. And as Rakesh
reminded us, we want to stay absolutely clear of
specifics in terms of specific products so we are
absolutely safe in terms of our conflict of interest.

I would remind you that we are in the spirit of
the Federal Advisory Committee Act and the government
in the Sunshine Act. And we ask that all members here
take care that they’re conversations about the topics
at hand take place in the open forum of this meeting.

So with that I think what we’d like to do is
invite Rear Admiral Hinton to address us as our new
Acting, it’s not even new, you’ve been around now for a
while, as our Acting Chief Scientist. Thank you,
Denise, for being here.

CHIEF SCIENTIST”S UPDATE
RADM HINTON: Thank you. Good morning. And thank

you to our Science Board Members for traveling to be
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here today. And thank you to those on the phone. |
appreciate your time and commitment as well.

I know you have been in great hands with my Chief
of Staff, Rakesh Raghuwanshi. And we look forward to
working with and getting to know all of you over the
years to come.

Since this is the first time we are meeting in
person 1’11 share a little bit about myself. 1 started
my career as a nurse officer in the United States Air
Force where | served for eight and a half years before
transferring to the United States Public Health Service
Commission Corp. 1’°ve been here at the Agency for
about 16 years. | started in Cedar at the Division of
Cardiovascular and Renal Products and followed by
working in the Division of Training Development. And
then later for eight years in the Office of Medical
Policy In various positions as Deputy and Acting
Director where we focused on development coordination
and implantation of medical policy programs and
strategic initiatives in collaboration with other Cedar
program areas, FDA product centers and a broad variety

of stakeholders.
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Last summer, of course, 1| began my position as
Acting Chief Scientist. In working at the staff senior
management level and now executive leadership | have
become quite familiar with how things work around here
and know how the importance of effective communication,
collaboration and putting process in place to be able
to facilitate and implement our decisions in order to
succeed. | also know have valuable advice and
recommendations can be from external resources such as
this Board. 1 also understand FDA is a science based
agency. We succeed when we make decisions based on
sound science and data. Part of my role and
responsibility Is ensuring that our scientists have the
tools they need to stay at the forefront of emerging
science and help FDA maintain Its reputation as a world
class regulatory agency.

As you can tell by today’s agenda we hope to
utilize your collective expertise to get some insights
into what works, what doesn’t and your experiences
dealing with issues in the academic and private
sectors. You are all leaders in your fields and 1 know

this is a very strong group that has been both
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complimentary and critical of the Agency at times. But
as always we provide honest advice and recommendations
to further the Agency’s mission. And thank you. As
public servants that’s what we do, we do our best and
stay open-minded so that we can support to continue to
protect, promote and advance the health and safety of
our nation.

Switching gears a bit let me briefly talk about
what has been going on in the Office of Chief
Scientist. O0OCS at its core is here to support in the
advancement of science at the Agency, especially within
our centers. We are working with leaders, management
and staff across the office and centers to enhance our
processes and procedures to ensure we provide the best
service possible. We do this by providing resources,
including subject matter experts for scientific
projects and infrastructure so that our scientists can
make the best regulatory decisions.

We also lead numerous crosscutting efforts in
areas including, but not limited to, health
informatics, women’s health, minority health,

scientific integrity and counterterrorism and emerging
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threats. Here are some recent highlights. We executed
a memorandum of understanding between FDA and the
Reagan Udall Foundation for the development of a Reagan
Udall Foundation fellowship at FDA. And my
understanding that a subcommittee of this Board studied
this issue and provided recommendations of this very
matter. So thank you for that. As you can see your
suggestions are very useful and are often put into
practice.

We also launched a committee for the advancement
of clinical and scientific education to address
priority topics as opioids and adulteration to offer
continuing education for physicians, nurses and
pharmacists.

We participated in the Science and Engineering
Festival in Washington, DC. And 1 bring this up
because we’re always looking to recruit the next
generation of regulatory scientist and reviewers who
are interest in public service and public health. So
if you know anyone please let them know that the FDA is
a great place to work and we can make a positive impact

on public health.
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Our Office of Regulatory Science and Innovation is
working to leverage centers of excellence that we have
established to address recent agency priorities, such
as compounding, patient reported outcomes and real
world evidence. [In collaboration with FDA centers, NIH
and the Office of Information Management and Technology
our Office of Health Informatics, which manages and
curates the substance data used in regulatory product,
is working with the Netherlands to help implement the
global substance registrar system in Europe. This
system is a highly curated database of substantives
that are used in regulated products. And this
implementation in Europe will assist FDA in better
collaborating with our iInternational partners to ensure
global product safety.

The Office of Minority Health established a
Memorandum of Understanding with Yale University to
form the basis for development of scientific
collaborations, outreach and education extrication
activities and initiatives and intellectual processes
and partnerships. The types of initiatives expected to

develop from this MOU include, but are not limited to,
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collaboration to cultivate and advance the Yale
cultural and master’s program and the engagement of
community partners to increase participation of diverse
and historically underrepresented or underserved
populations in clinical research.

The Office of Women’s Health is hosting a debate
on May 16th as part of the National Women’s Health
League to help increase the number of women who
participate in clinical trials. They’ve also developed
a research impact and outcome framework which serves as
a guide to qualitatively assessing the impact of the
research that we fund. As 1°m sure you’ll all agree
metrics are sometimes difficult. So we are constantly
thinking of ways to better measure and capture the
impact of our scientific research on public health.

Our Office of Counterterrorism and emerging
threats in collaboration with the Wyss Institute of
Harvard has developed the first model of
gastrointestinal acute radiation syndrome in a human
organ chip to support the identification and screening
of medical countermeasures. This work was recently

featured in Nature Cell Death and Disease Journal. And
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last, but not least, the National Center for
Toxicological Research’s scientists were authors or co-
authors of seven out of fourteen original research or
mini research articles in Experimental Biology and
Medicine journals, “Thematic Issue: Biomarkers and
Their Impact on Precision Medicine.”

So as you can tell we’ve been quite busy and the
progress we have made is in part to address some of the
recommendations of this Board made in its recent last
major report Mission Possible, How FDA Can Move at the
Speed of Science. 1’11 continue to keep this Board
posted on our progress as we work to tackle the many
public health challenges we face. 1 look forward to a
productive discussion today and 1 appreciate you for
letting me take a little time to provide this update.
Thank you.

DR. MCLELLAN: Thank you, Denise. Any questions
or comments from Board Members? 1°m sure there will be
others later as we get into our discussions.

RADM HINTON: Okay. Well, thank you.

DR. MCLELLAN: Thank you again. Let’s see, we had

another member of our committee join us. Lynn, would
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you introduce yourself?

DR. GOLDMAN: Certainly. [1°m Lynn Goldman, 1 am
Dean of the Milken Institute School of Public Health at
the George Washington University. And it’s my pleasure
to have served on this Board for a couple of years.
Sorry for being late today.

DR. MCLELLAN: Glad to have you back. | believe
we also have members on the telephone. And forgive me
for not making room for them to be iIntroduced. So at
this time why don’t we pause. We’d like to have those
of you on the phone to introduce yourself, please. Do
we have members on the phone?

MR. RAGHUWANSHI: Maybe not yet.

DR. MCLELLAN: Maybe not. Okay. AIll right. So some
time ago we as a committee voted to establish a
subcommittee to study CBER’s research programs. And
today we’re going to be hearing from the Subcommittee
Chair Dr. Barry Byrne. Welcome Dr. Byrne. Glad to
have you with us and look forward to your presentation.
FINAL REPORT FROM THE CBER RESEARCH
PROGRAM REVIEW SUBCOMMITTEE

DR. BYRNE: Thanks very much. 1”11 just stay
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seated, 1If that’s okay. And thank you all for inviting
me to present before the Committee. It’s really been a
privilege to participate in this Subcommittee. 1 have
to thank Dr. Marks and Dr. Wilson for their enormous
effort in putting together all of the review materials,
which really over the greater than a year ago from
January of 2017 began this review process, culminating
in a site visit last June.

Just a little bit of background. 1 am a member of
the Cellular Tissue Gene Therapy Advisory Committee. |
had the privilege to serve as the Interim Chair of an
Advisory Board for the Consideration of Luxturna, which
is now the First gene therapy to be an approved
product. So it’s been an interesting experience.
Valuable to me as a medical professional involved in
this space. So it has been great to see all the work
that’s being done in the Center. Feedback.

DR. MCLELLAN: If you’re on the phone could you
please mute your phone.

DR. WEAVER: Mark, this is Connie Weaver.
Apparently you couldn’t hear me when 1 tried to

introduce myself. But 1’11 get off the phone and 1 can

Alderson Court Reporting
1-800-For-Depo



© 0o N o o A~ W N PP

N NN P R R R R R R R R R
N B O © 0 N O O M W N B O

20
hear you fine.

DR. MCLELLAN: Connie, thank you for joining us.

DR. BYRNE: Okay. So just to dive into the
discussion that we had over this past year and the
review of the scientific activities. 1’1l just say
from my perspective as an outsider | think one of the
fascinating things about CBER has been that the
consideration of the Center goes from the individual
subject who might be in a clinical study to the
enormous issue of the public health concern. So you
see this spectrum of consideration both scientifically
and in their policy and review activities IS enormous.

So and we had a thirteen-member review panel, five
of whom are members of the Science Committee who are
here today. So we’ll feel free to call on them as well
during this discussion.

So just by way of overview, the vision as stated
here really the sound science and regulatory expertise
too, as | mentioned, protect and improve public health
and individual health in the US and apply their
regulatory expertise to these main topics, particularly

for developing, approving and excessing safe and
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effective products and new technologies. And that’s
one, 1 think, of the things that the scientific
activities within CBER truly embrace because there are
many emerging technologies that they -- is part of
their oversight.

And then really how could the Center be
strengthened and what are the opportunities for growth.
So if you can go to the next slide. This just states
the mission of CBER for those that are unfamiliar.
Certainly the goal i1s to ensure that all the products
they review are both safe, pure, have established
potency and effectiveness of biologics. Which includes
such a wide variety of activities, both vaccines, blood
and blood products, cellular and tissue therapies, as
well as the gene therapy that 1 mentioned as my own
area of expertise. And then some of these will be to
prevent diseases used for diagnostic purposes and
specific treatments. Which we all know have -- | think
it’s been stated, even in Dr. Gottlieb’s overview from
a few months ago, a tremendous opportunity in the
coming months and years to see a very highly specific

transformative therapies, particularly in the rare
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disease area.

And then these really, as particularly in the
vaccine area and the Office of Vaccines Research and
Review, the public health is the main concern against
emerging infectious diseases and bioterrorism threats,
as well as to develop, maintain and support this
diverse workforce that they have within they agency and
the model of the scientist reviewer. | think that’s
another key take home that the need to support that
type of activity so that the scientist reviewer has --
remains on the cutting edge of their scientific
interest. And then because of that they have to
conduct cutting edge research that helps them make
science based decisions iIn their review activities.

So if you go to the next slide this touches on
what we reviewed. And this is the charge to the
Science Board. So do the scientific endeavor, support
the Center’s regulatory mission. The Committee
considered changes in its regulatory science research
portfolio that would really help accomplish this
regulatory and public health mission. And then whether

there are any gaps iIn regulatory science capabilities
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or expertise. And I think probably a lot of our
discussion was really focused on these opportunities
and crosscutting opportunities between the agencies,
both in FDA and the NIH to leverage their regulator
science programs.

So if you go to the next slide this is the
composition of the thirteen-member committee. Dr.
Arnold Monto, whose expertise is in vaccines, was the
Subcommittee Co-Chair. And then the other members are
listed here. As | said, five of whom also serve on
this Committee.

So the next slide shows the valuation process. So
we conducted -- received extensive background materials
and then conducted six teleconferences with CBER
leadership. This was very time efficient and well
organized. And in addition we had specific
presentations from research management and staff during
those teleconferences to delve into the details of some
of the key scientific programs. And then we conducted
a one-day site visit, including presentations from the
CBER leadership and key research staff. And then were

able to collect responses to questions that we had in a
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post-site visit series of additional teleconferences.
So the next slide covers the major findings in the six
areas with their recommendations. So if you can go
ahead one. Yep.

So the research priorities. So this is often
challenging to fit the iInterests of the investigators
with what’s emerging in the field. And the
recommendation of the Committee was to develop a center
wide horizon scanning process, which would allow them
to identify new key topic areas for which future
investment was warranted. And I think they’re
particularly well suited to not only build from within,
but recruit others to this campus to conduct their
basic research.

And then, you know, at a time when this began
obviously there were many considerations about
resources available to the Center. And it meant that
they had to be adaptive and have contingency plans to
shift resources and projects. Because at any time a
large review activity might come forward or there might
be budgetary changes that would affect the overall

mission of the Center.
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And then a focus on research collaborations
because this is really a way, 1 think, to build a broad
base both within the Center and colleagues across the
offices iIn the Center. And so there was a focus on
having also these, as well as external collaborations
to allow for personnel exchanges with other agencies,
particularly here iIn the Bethesdas/DC area with
colleagues at the NIH, or even the possibility of
having mini sabbaticals done with outside laboratories.

So if you can go to the next slide. This is
actually an important part of the backbone of the
scientific program is the reviewer scientist or
researcher model. And given the review burden that
exists for every intermural scientist it was important,
felt important by the Committee to have a protected
time for their research activities because certainly
the commitment to comprehensive review and under the
federal statutes for a timely return of those reviews
is challenging when you have an ongoing active research
program. So having sufficient depth within the Center
to allow those responsibilities to be shared evenly

among all of the research reviewers was considered
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important. This would be particularly relevant to
having sufficient budgeting, budget leeway to maintain
a sufficient number of research reviewers to shoulder
that burden.

And then as | mentioned, this sabbatical program
would allow shared time with academic labs and to
either develop a new technique or to collaborate on
publications on specific topics. And I think this 1is
particularly important in the cellular tissue and gene
therapy activities of the Center where there’s really a
very rapid pace of discovery and clinical research
ongoing right now.

And then to maintain people’s level of currency
and visibility within the field 1t’s important, felt
important that the scientists have the ability to
attend national meetings. This seems to be challenging
sometimes to manage that budgetarily, but we thought
this was really a key part of both recruiting new
junior scientists to the laboratories, as well as
maintaining the visibility of the staff that are there.

So the next slide, so this relates to expanding

mentorship, professional development. National
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meetings was part of that. Obviously there are also
internal resources that could be used to continue to
grow and maintain the competency of the workforce.

And lastly there was a strong recommendation to
maintain and/or expand the core facilities,
particularly as they related to the Office of
Biostatistics in Epidemiology. That will probably be
touched on 1 guess later in your meeting regarding
electronic health records, safety reports and the work
of that office. So as well in the genomics area, the
core facilities contribute to the scientific
undertaking of all of the groups here.

So that really were our key recommendations. So 1
can go to the last few slides for conclusions and then
have any discussion or further questions. So our view
was that CBER really had developed a very robust
research program. And the research reviewer model 1
think 1s, at least In my own personal experience, is a
in submission of INDs from our institution we see a
level of expertise and that is really important to
understand the core science in order to adequately

review such proposals. And so in that sense 1 think
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been very successful. It’s relevant to the overall
mission and is advancing key questions for the Center
and for the scientific field in general, which have
national and international implications. Obviously
many sponsors now seek to bring the studies that are
done in the US to our EU counterparts, so and elsewhere
in the world. So this is really an important time for
that activity.

And the last slide really just says that the
leadership has maintained really a great grip on the
resources. Managed to maximize the productivity of
what is really actually a very closely knit group. And
then develop those programs with the limited resources
they have and an outstanding research effort. And that
that can be expanded without further taxing those
resources by developing cross-FDA and external
collaborations and continuing the horizon scanning
process, which will continue to enhance their ability
to impact health and their own research within the
Center. So I can end there with questions.

DR. MCLELLAN: Thank you, Dr. Byrne. Appreciate,

that’s an excellent thorough report. And 1°m sure
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there will be some discussion questions. For those of
you interested iIn questions please lift your flag if
you would, your name tag and we’ll call on you. And
1’1l open the floor at this point to comments or
questions. Lynn.

DR. GOLDMAN: How did you know? 1 didn’t even put
my -- oh, I guess | had my thing turned on still from
introducing myself. But I do have a comment.

DR. MCLELLAN: (Inaudible.)

DR. GOLDMAN: And that is, you know, in reading
through the draft report 1 was very impressed with how
thorough it was. And 1 think that, you know, we had a
prior report about CBER. And it’s very heartening, you
know, to see that there’s been a lot of progress. And
at the same time to see that some, you know, some of
the same issues exist in terms of the support of the
researchers and support of the science. Which 1 think
it’s important for this group to continue to, if I may,
you know, double down on. 1 think that the
recommendations are completely reasonable and doable
and 1 think that they’re very well supported.

Again, you know, 1’ve been impressed in reading it

Alderson Court Reporting
1-800-For-Depo



© 0o N o o A~ W N PP

N NN P R R R R R R R R R
N B O © 0 N O O M W N B O

30
with the quality of the science in CBER. And 1 think
that, you know, your review bears that out and that’s
very heartening, you know, given the relatively austere
environment frankly that the scientists exists within.
And so | think that’s also worth noting.

DR. MCLELLAN: Go ahead, Scott.

DR. GOTTLIEB: Just a quick comment. 1 also
wanted to acknowledge the work of Mark and Carolyn with
CBER supporting us throughout the process. It was
really helpful through the entire review. And as was
noted, some of our recommendations are certainly
broader, things around the training and in workforce
and scientific engagement. And as Denise mentioned,
some efforts related to addressing that and maybe we
can continue the discussion about that going forward,
which impacts obviously CBER, but other centers and
offices.

DR. MCLELLAN: Sean.

DR. XIE: It’s very sorrow [sic] work and 1 like
it a lot. So I have just curious. You mention about
sabbatical. That means academic and coming to spend

time at FDA, right. So related to this 1 follow Lynn’s
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-- 1f anything data outcome sharing, how you’re
managing the CBER academic come with its own IP. And
then are you going to create a portal to allow all the
data outcome sharing?

DR. BYRNE: Yeah, I think the consideration was
whether intermural scientists could go to academic
laboratories, particularly to learn new techniques or
to just engage one-on-one with all levels of trainings
from students through post-doctoral candidates. |1
don’t know if Peter you want to expand on that notion.

DR. MARKS: I think we appreciate it. | think
it’s something we want to look Iinto. There’s the
pathway towards the sabbatical program is one 1 think
we have to kind of work through because there are some
limitations on what can be done within the federal
system. 1 think we’ve actually had people go for
several weeks to learn a new technique and that’s
something we’re doing currently. People will go for a
month to -- in fact, we’ve fact, we’ve had people go
to Europe for a month to learn technique In somebody
else’s lab. But for more academic style sabbaticals

for going for six months or a year we have to see iIf we
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can work that through. Because that becomes more of
almost a secondment [ph?], as we’d call it. And that
has -- there can be limitations on that. But I think
it’s a great suggestion to look into and we continue to
investigate it.

DR. MCLELLAN: Great. Laura.

DR. TOSI: 1 don’t think it was In your charge at
all. But let me just ask you about something 1 find
very troubling in my own profession. So I°m an
orthopedic surgeon. And the biologics have become a
financial whizzbang for a lot of people. There are
allegedly 500 orthopedic stem cell centers in America,
none of which by the way have orthopedic surgeons
involved. But people have stolen our name, so we’re
very aggravated.

But the use of step cell therapies is taking off
and is essentially non-evidence based. Do you see
yourself coming down with helpful ways to regulate or
to see CBER come up with better ways to regulate how
the use of these materials is being done? People are
paying cash here, there and everywhere, whether it’s

plasma rich -- what is -- P -- what is -- help me. P -
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DR. MCLELLAN: Platelet rich plasma.

DR. TOSI: Platelet rich plasma or stem cells, per
se. How do we help protect the public?

DR. BYRNE: Yeah, that’s a good question. As you
said, that wasn’t really part of our prevue as
understand the science of the reviewer scientist. But
maybe Dr. Marks can comment the regulatory efforts.

DR. MARKS: So the work that goes on in our
laboratories has been trying to help define the
scientific parameters, standards that might go behind
manufacturing stem cell products. Our hope is by
creating the right scientific parameters the right
standards people will actually develop these products
into real products. And your point is extremely well
taken that right now there are a lot of what 1 would 1
dare say, I would call the pseudo products. They’re
things that are products but they don’t have the
supporting safety and efficacy data that would make
them into a true product.

And we In November of this past year put out a

regulatory framework for generative medicine products
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where we’re trying to help people understand how they
can gather the correct data that they need to support
these products in terms of clinical data, which would
include safety and effectiveness data. But it is a
very big challenge because people can manufacture these
things pretty easily with things they can get their
hands on.

We have put down a marker to say though that when
people are making products that trigger our regulations
for being biologic products that require a biologic
license application they need to come in for
investigational new drug applications. And we also
made clear that over the next couple of years we’ll be
starting to increasingly enforce to get people to do
so. So It’s not an easy thing. And I do take the
point very well that in certaln areas It’s proven very
challenging because there are so many people out there.
So hopefully with a combination of good regulatory
science, applied scientific research will help people
understand how they can make these products and then
good regulatory policy will kind of reign in what’s

going on. Thanks.
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DR. MCLELLAN: Barb. Go ahead.

DR. KOWAKCYK: Yeah, just a few comments. And it
was a real pleasure to serve on this Subcommittee and
to hear all the presentations that so much preparation
went into and to participate in the site visits. You
know, 1 was really impressed with the quality of the
scientists, but also their passion and the quality of
the laboratories as well.

You know, 1 think just a few things to add to the
comments that came out. |1 mean clearly the reviewer
regulator researcher model is a strength that’s unique
within CBER. And you can really feel that in terms of
what CBER delivers. | wanted to call out that the
future horizon scanning piece, married with the talent
development piece 1 think is the sweet spot that comes
forward in the recommendations. And clearly the
treadmill’s going faster with respect to scientific and
technology evolution and the scope that CBER has to
regulate.

And so I think, you know, the Committee, and Dr.
Byrne reflected this, we tried to put forward

recommendations and knowing, you know, there’s flat
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budgets or declining budgets, how do you best balance
that with the focus on really the scientific manager
leader and integrating kind of the new younger kind of
next generation of scientists coming together?

And so | think one of the guestions overall
between the Committee and the next kind of the
auctioning of this will be, you know, as you think
about all the different options, how do you best
balance those? Because without strong scientific
leadership it’s hard to develop the next generation
talent who may be more transient, but obviously are
your future leaders. And on top of this evolving
landscape, as Dr. Tosi, you know, suggested in her
field.

And so | think that that’s one of the questions
that the recommendations are there and we definitely
were saying this is important for the strength of the
future of CBER. But 1 guess the Devil’s in the
details. And 1 want to make sure that, you know, CBER
has everything they need in terms of from us as a
committee iIn terms of any recommendations that are in

that intersection.
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DR. MCLELLAN: Thank you. Barb.

DR. KOWAKCYK: Thank you. 1 really enjoyed the
report as well. |1 had a couple of comments, one
particularly around professional development and
workforce development. One is | really like the
recommendation to promote travel for scientists within
the Agency to attend meetings and conferences. And
that’s something that his Board has recommended almost
every year | think. And so I would hope that the
Agency would take some steps to address that. |1 mean
I’ve been on the Board now for three or four years and
it seems like every report, every -- we’ve written
letters, we’ve done different things. And so I’m glad
to see that again, but 1°’m almost disappointed that it
doesn’t seem to be resolving itself. And 1 understand
the current economic climate is contributing to that.

As an epidemiologist and biostatistician, you
know, 1°m very much in favor of development of pipeline
of epidemiologist and biostatisticians. And that’s
something that we’re going to talk about it later this
afternoon as well. But I can tell you there is really

not enough young people going into those fields. And
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developing a strategy within the Agency is good. But I
also think looking to your academic institutions as
partners for developing students and the next
generation that will have the skillsets that the Agency
needs. And I think there’s a lot of opportunity for a
partnership there. And 1 didn’t quite see that in the
report and I didn’t know if the Committee had talked
about those things.

DR. BYRNE: Yeah, there hadn’t been a formal plan
about how to integrate. But 1 think your comments are
well taken because the integration with the sources of
training is going to be important to the future
workforce. So there were some general comments about
workforce development, but not the specifics as you
bring up and the important topic areas for each office.

DR. KOWAKCYK: So I think at a minimum it would be
good for the agencies, and | say agencies here because
yours | don’t think is the only agency dealing with
this problem, is to identify some core competencies
that you’re looking for, that the agencies are looking
for. A lot of academic institutions are developing

data science programs and things like that, but that in
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my mind is a bit different even than epidemiology and
biostatistics. And so having at least outlined the
needs that you have so that you can then partners with
academic institutions to develop new professionals that
can meet those needs | think would be a good idea.

DR. MCLELLAN: Mike, go ahead.

DR. YASZEMSKI: 1°d like to follow up on Laura’s
comment as your other resident orthopedist. Bottom
line upfront 1°’m going to ask our CBER colleagues to
consider direct education to the public about these
things. In that the folks who are doing this, as Laura
said, they’ve taken our name. They call themselves --
I’ve seen one group call themselves regenerative
orthopedic physicians. 1 don’t think they’re
orthopedists. But what they’ve -- they’re very shrewd.
This one that 1 possess to look into this group in
another venue, what they’ve done is they’ve found from
CMS they’ve found CPT codes that all they need is
patient consent to do and then they link those into a
treatment. This particular one that I looked at was a
treatment for knees. And I saw these fellows on TV.

The two codes that they used were a bone marrow biopsy,
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if they get patient consent they can do that, and a
knee iInjection for knee arthritis. They linked those
two, harvested bone marrow and in the same procedure
took the needle down to the knee and injected it. And
they said we get the magic stem cells from the bone
marrow, we just put them where the problem is and they
know what to do. Now, they’re getting paid by CMS for
these two codes. 1 don’t think a bone marrow biopsy
and a knee injection was ever envisioned to be done
together. There’s no science behind that.

So 1 don’t think you folks are going to have
trouble with the companies. The companies are going to
behave well. You’re going to interact with them.
You’re going to do good science and approve what is
reasonable to approve. But if you could please educate
the general public about these folks that are doing
these things that have no science at all, and I don’t
think In total are doing any patient any good.

DR. BYRNE: I just want to thank you for that.
That’s a great observation. [It’s not just even
educating the public, but something you bring up that I

think we have to investigate is whether we can even
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educate CMS about looking into those two codes coming
up together. Because the two codes probably shouldn’t
be used together because they define what we would call
a non-homologous use of bone marrow. Thanks.

DR. MCLELLAN: Ted.

DR. REISS: Thanks Mark. So my comments | think
will echo some things that Cynthia was saying, actually
most things that Cynthia was saying, but I think
they’re Important to emphasize. 1 first want to thank
my CBER colleagues who 1 thought they did an excellent
job during this review process providing all the
information sort of about exactly what they were doing
and they were clear and transparent and extremely
helpful. And I really appreciate all that work that
they did.

The thing that I just want to emphasize is the
future really. Now, they’re doing an excellent job
from a scientific point of view at this point. But the
environmental scanning sort of is the issue | think
that touched on a lot of us. So while we’re doing this
adequately today the world is moving incredibly fast in

this arena, in this area. And so how, you know, how is
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the organization going to keep up from a process point
of view and an organizational point of view to meet
those challenges? 1 think to emphasize that to come
out of this report I think is absolutely critical and
critical for the future.

UNIDENTIFIED SPEAKER: Dr. Byrne, I guess | have
one follow up 1°d like to do and that is your comment
about core facilities and your review of core
facilities there. And 1°m curious i1f you could go
maybe a little bit further and give us some pointers as
to what you’re observing and any particular soft spots
that need direct attention.

DR. BYRNE: Yeah, well, we were able to visit the
advanced computing core facility as one example and
they have really strong infrastructure there and are
developing new informatics technologies both for
understanding safety reports, identifying trends that
might influence other agencies, other offices within
the center. So that was one example. Then there are
much smaller entities throughout the scientific
enterprise where, for example, cell phenotyping might

be done or sequencing cores. So those are not as big
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an effort, or at least from a funding perspective, but
they’re critically important to keeping the budget of
an individual lab at a manageable realm because they’re
centrally supported. Do you have any other comments
about the care other core activities?

DR. BYRNE: Well, maybe just to add what I think
some of the comments we had were, that just the
sustainability to ensure, you know, both
technologically, but also to continue to attract and
retain the personnel, the experts in that area.

UNIDENTIFIED SPEAKER: So, excuse me, SO iIn
addition to the core facilities that Dr. Byrne just
mentioned we also have core facilities that supports a
number of different biotechnology needs, in addition to
high throughput sequencing traditional sequencing, as
well as A logo peptides and so on. We also have flow
cytometry, core, confocal core, TEM and micro array.
And so for especially confocal and flow this year we
actually did quite an intense review of what those
facilities provide, how they’re being used and how to
provide a funding model that will make sure that these

are sustainable resources and available to our center
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scientists. And so we actually have come up starting
in FY-19 with a combined model where at least half of
it will be fund centrally so that there is this idea
that the Center is providing these resources and making
sure they’re available. And the other half will be
sort of charged on a prorated basis to the offices to
their usage so that there’s some accountability also on
the part of the scientists and the offices iIn terms of
their hopefully not abusing these resources by making
them completely funded at the top. So we’re hoping
that that will be a nice mixed use model that will
provide the sustainability and the accountability that
we need to continue to provide these critical
resources.

DR. MCLELLAN: Great. Sean.

DR. XIE: Just a quick question. 1 want to come
back with Dr. Byrnes. You mentioned about several
[inaudible] bioinformatics computing. Those are under
FDA or FDA combined or regulated?

DR. BYRNE: Yes. Yeah, from my understanding.

DR. XIE: So something -- under -- it’s under FDA

21, Chapter 11 they just combines on the software of
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the computing facility security.

UNIDENTIFIED SPEAKER: So the resources that
Dr. Byrne was mentioning is our high performance
computing environment, which has authority to operate
under the FDA. And so we are in compliance with all
the security requirements, if that’s what you’re
asking.

DR. XIE: Yeah.

UNIDENTIFIED SPEAKER: Yes.

DR. XIE: Okay. Thank you.

DR. BYRNE: Great. Are there other comments? Go
ahead.

UNIDENTIFIED SPEAKER: So first of all, 1 just
want to take a moment to really sincerely thank all the
site visitors, Dr. Byrne and the entire site visit
committee. Because | think really we -- they did an
incredibly thorough job. We really, we went through
the reports quite carefully. We really appreciate it.
We’ve already taken steps to put some of the
recommendations into place. For instance, we very much
heard the need for horizon scanning. Which has been

echoed by the fact that in the past two, three years
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things have been coming at almost breakneck pace of
having to deal with CRISPR/Cas9, really a surge towards
continuous manufacturing and other manufacturing
technologies, and having people and keeping up with
that has been critical. So we are actually, as part of
our strategic plan, will incorporate for each of our
offices that are involved in research, a horizon
scanning process that we will do on a regular basis so
that we actually do make sure that areas that are
emerging 1 can have resources devoted to them.

That dovetails very nicely with something we put
into place a few years ago after a consulting
engagement that we had, which includes kind of research
prioritization process that we do internally which
addresses our ability to be able to shift resources.

So there are some areas which we have, although we
continue to research in them, we kind of have lower
priority and some which have higher priority. And what
will happen as we see with this horizon scanning
process, that there are new areas emerging. Again,
things that have very low priority may sunset as we

have limited resources and need to bring on people to

Alderson Court Reporting
1-800-For-Depo



© 0o N o o A~ W N PP

N NN P R R R R R R R R R
N B O © 0 N O 00 M W N B O

47
work on other areas which have higher priority.

Right now obviously higher priority in some of the
areas of gene therapies we are in the process of
looking to make sure we have plenty of strength in that
area, as well as iIncreasing our strength in this area
of advanced manufacturing technologies. Because it’s
very clear that the field is headed there with
continuous manufacturing of biologics, following on the
continuous manufacturing of drugs.

So we really do hear your recommendations.
We really appreciate them. | hear also the issue of
travel. We are trying -- | think right now we are in a
somewhat better place with travel. We are lucky that
the funding situation is not quite as severe as we
thought i1t would be, and 1 hope it stays that way. To
my knowledge 1 don’t think we’ve had to really decline
people wanting to go to meetings. Sometimes we have
limits on the number of people that can attend a
meeting, but in terms of total number, but we try to
make it possible for people to go as much as they can.

And finally 1 should acknowledge the work of Dr.

Wilson and her staff who have done an incredible job
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really making sure that our research and enterprise
stays current and that the recommendations here have
already been really put in large part into strategic
plans or into place. So thank you.

DR. MCLELLAN: Sean, your flag’s up. Barb.

DR. KOWAKCYK: Thanks. 1 was happy to hear that.

I had a follow up question about your prioritization
activities and how does the -- how do you go about
doing that? |1 know prioritizing where you allocate
resources is always a difficult task. So I was
wondering, you know, what is your process?

DR. BYRNE: So it is as always it’s a complicated
way to have to do this, but 1 think for us the
prioritization process goes through looking at the --
essentially looking at the research work on a variety
of different aspects. How relevant it is for the
regulatory work that we’re doing at this time, how
current the research is for vis a vis others in the
field, and whether -- and finally probably a very
important point that 1 don”t want to miss is that how
unique is the research compared to what’s done

externally. For instance, there are certain areas
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where if we don’t conduct that research nobody else is
going to do it. And so it’s this combination of
regulatory relevance, quality of what we’re doing and
our ability to fill a unique need, public health need
that might not be addressed by others that we work
with.

And 1°m sure 1’ve forgotten something else that
probably Carolyn can respond to. And it’s not easy.
But 1 think it is necessary. Because if we don’t do
that we will be in a position where when the next
pandemic comes around, which will happen, we won’t be
able to rapidly shift resources iIn a way that we need
to. 1 think we’ve done a reasonable job doing that in
the past. And in the past at least before our most
recent consulting engagement it was done on a more
informal basis. Now I think we have a more formal
process so that we can be a little bit, feel a little
bit more confident that when we shift resources we’re
not shifting them from programs that are otherwise
really important In some other ways. So obviously time
will tell, but we appreciate the challenges here and

we”ll continue to try to do it better.
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UNIDENTIFIED SPEAKER: That’s very good to hear.
It sounds like you’re using some sort of decision
analysis to set your priorities and that’s really
excellent.

UNIDENTIFIED SPEAKER: So 1’11 just mention Dr.
Marks referred to some new processes and one of which
is the Regulatory Science Council, which is composed of
center and office leadership and they develop center
wide goals, office goals and objectives. And then this
past year we’ve had a series of discussions of
Regulatory Science Council and we’ve developed an
impact framework which is a whole series of metrics
which we’re applying this year for the first time going
forward to look at the impact of the work as part of
that annual evaluation process. So we continue to try
refine our processes to get closer to that sweet spot.

DR. MCLELLAN: Go ahead Scott.

DR. STEELE: Dr. Marks, you mentioned the travel
situation has improved, which is very good news. | was
wondering about -- 1 know that at some point there was
some challenges with the process or mechanism to bring

in fellows. Is that something that’s improved or is
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that a work in progress?

DR. MARKS: 1It’s still a work In progress. But
I’m hoping that with an FDA fellowship, which should be
in place In the not too distant future, that will help
address some of the issues. 1 think that will -- that
may make things better. Carolyn, do you want to add
anything?

DR. STEELE: Is that a -- because that’s an FDA
wide issue, and is an FDA wide solution or --

DR. MARKS: Indeed this is an FDA wide solution to
an issue that right now the challenges have been that
the fellowship process involves contracting. And iIt’s
probably best not to have to treat our fellows as
contractors and to be able to have them as -- have a
fellowship program more like an NIH fellowship program.

DR. STEELE: Great. Thank you very much.

DR. MCLELLAN: Any other questions, comments? Dr.
Marks and Dr. Wilson, thank you for your being
responsive to the report. Barry, if I could 1°d like
to ask you as Chair to the Subcommittee to make a
motion for us to accept the report of the Subcommittee

along with its recommendations.
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DR. BYRNE: So I so move.

DR. MCLELLAN: Is there a second on the Committee
please? Thank you, Lynn. Those in favor please say
aye.

(Multiple ayes.)

DR. MCLENNAN: Those against?

(No response.)

DR. MCLENNAN: They ayes have it unanimously.
Thank you very much. Barry, it’s a great report.
Appreciate it. We’re going to take just a five minute
stretch here. We’ve got a little bit of time built
into the agenda. So let’s pause right here. Thank
you.

[Recess in conference.]

[Conference resumed.]

DR. MCLELLAN: 1 think this was one Board meeting
that 1 probably had more reading to do thanks to Rakesh
here. He gave us lots and lots of background. My
airplane ride was full. Okay. 1 think we have our
quorum back and we’re ready to proceed. So we’d now
like to hear from the FDA’s Patient Affairs Initiative.

Joining us today is Samir Shaikh and Julie Andrea
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Furia, 1f 1 got that right.

MS. FURIA-HELMS: Andrea Furia-Helms.

DR. MCLELLAN: Andrea Furia-Helms. Thank you very
much. Welcome guys. Looking forward to hearing your
report. The floor is yours.

PATIENT AFFAIRS INITIATIVE AT FDA

DR. FURIA-HELMS: Thank you so much. Good morning
everyone. Thank you for the opportunity to be here
today and to talk with you about our newly established
patient affairs staff. Thank you, Rakesh, for inviting
us and thank you, Dr. McLellan, for having us.

Just a little bit of background about myself. |1
started my first ten years in the federal government at
the National Institutes of Health. And at that point I
transitioned here to FDA. And it’s been about over
eleven years now. | was in the -- what used to be the
Office of Special Health Issues and now is Office of
Health and Constituent Affairs running the FDA patient
representative program. And when Patient Affairs was
established late last year 1 transitioned over there to
Acting Director. And that’s my current position.

So as | mentioned the Patient Affairs staff was
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established late last year. And we’re a small staff,
it’s just Samir and 1. Hopefully to grow in the
future. We report into the Principal Deputy
Commissioner for Medical Products and Tobacco. And our
aim is really to have a unified and to enhance a
systematic patient engagement process across the
medical product life cycle. And ultimately we are
trying to meet the needs of patients as best as
possible.

We work closely with the medical products centers
and other offices in the Office of the Commissioner.
And in collaboration, of course, with our patient
community stakeholders. And we want to support and
compliment the ongoing patient engagement efforts that
are currently underway across the medical product
centers and the Office of the Commissioner.

Our aim iIs to coordinate crosscutting activities
and programs. And we’re trying to leverage best
practices and enhance the patient engagement process
across the medical product centers. And this is really
facilitated under the FDA’s Safety and Innovation Act.

And specifically under that there is a Section 1137 for
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including patient perspectives In the medical practice
discussions. And now with FDA Reauthorization Act and
the 21st Century Cures Act there’s a lot of legal basis
for including patient perspectives.

And at this point 1°’d like to turn it over to
Samir Shaikh and he will get into more of the details
of what we’ve been working on and our objectives.

MR. SHAIKH: So good morning. My name is Samir
Shaikh. 1°m currently the Deputy Director for Patient
Affairs, as Andrea mentioned. A little bit about
myself, 1’ve been fortunate to work in three different
sectors of healthcare. | started off working iIn
clinical research at University of Chicago. Then
transitioned to pharma as a vaccine chemist and now on
the regulatory side where 1’ve been for the past five
years.

I should probably make a disclaimer. We don’t
have a slide where we can quickly kind of skip through
this part. But, you know, are comments are not
reflective of the views and opinions of the FDA and our
non-binding. With that said I want to pose a question.

And that is how many people are familiar with any kind
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of patient engagement activity at the FDA? Okay. So a
couple. And how many people are familiar with the
patient affairs initiative In any way? Okay, great.

And 1 think we should probably just clarify what
we mean by patient engagement. And this is defined as
draft terminology under the patient focus drug
development initiative. And it’s involving patient and
patient stakeholders in sharing their experiences,
their perspectives, their priorities, their needs to
help inform FDA”s public health mission. And so
patient engagement has been happening across all the
medical product centers. From patient focused drug
development in CDER and CBER to the Patient Engagement
Advisory Committee that was founded and in CDRH.

So our focus, as Andrea mentioned, being in the
Office of the Commissioner, being situated there is to
focus on cross-center initiatives, right. So not
necessarily in any of the particular centers, but
looking at it from a cross-center perspective. And
having services that’s specifically directed to
patients, right, specifically for patients. And so in

thinking about drafting our objectives we considered
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different viewpoints. The first is public voice. We
had a public docket established last year. And through
that we received comments on what some of our
considerations in creating a patient care staff. We
also had a third party assessment that was done around
patient engagement across the entire agency. And then
the last component of some input that we’re receiving
for our objectives is through our internal colleagues,
right, the folks that have been in this space for many,
many years, working on patient engagement.

So what 1’11 do is 1’1l quickly walk through a
couple of our proposed objectives and then we can ask
some -- or respond to questions that you may have at
the end. So the first of our proposed objectives is to
create a central entry point, a front door of sorts for
patient inquiry and patient requests. There are
various entry points to the FDA that patient and
patient advocates are using. The goal isn’t to put
locks on those entry points and to have them all then
come through the front door, but rather for new
patients, patients and advocates who are not familiar

with the FDA, who don’t have the existing
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relationships, how do we give them an opportunity to
engage? So that’s really one of our proposed
objectives.

The other is focusing on education and navigation.

It’s important that we are informing patients of how
they can contribute to drug development. What are the
different vehicles of engagement? Also, how can we
help educate patients about some of those nuances of
our regulatory process? So In this space specifically
what exactly is patient experience data? What is a
clinical end point? We would define these terms, but
how do we convey say getting from patient experience
data to a regulatory decision? 1 think as the science
matures educating and being transparent about this
process is going to be important as we engage with
these constituents.

And then the last proposed objective 1711 talk
about i1s our public and private partnerships and
expanding on them. And 1’1l turn it over to Andrea to
talk about a couple of them.

MS. FURIA-HELMS: Thanks, Samir. So just to give

you a little bit of insight as to a couple of
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public/private partnerships we’ve been working, in
December of last year is the one of the first
initiatives of the Patient Affairs staff. We opened a
docket to request nominations for a patient engagement
collaborative. And this is going to be a forum to
bring patient stakeholders together to interact with
the regulatory staff here and to better understand
their experiences and our experiences in engaging with
patient communities. And from those experiences
learning from each other and hopefully finding new ways
to engage, better engage and maybe learn from each
other, provide education and try to implement more
systematic patient engagement across the FDA.

So we had the docket open through January 29th and
we received 200 nominations, which was a pleasant
surprise. We’re currently going through those
nominations to establish the 16-membership of that
forum. We are working collaboratively with the
Clinical Trials Transformation Initiative. And they
also have some steering committee members that will be
part of this collaborative as well who are patient

advocates.
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Just a little bit of background. What’s the
impetus for developing such a collaborative and have
this forum? For one the laws. The laws are telling us
in FDARA and 21st Century Cures we need to engage with
patients and patient communities and caregivers more to
better understand how we can meet theilr needs better.
Understand their perspectives in terms of disease
burden and treatment burden, quality of life issues and
how symptoms impact their daily activities.

We listened. Under FDASIA 1137, as | mentioned
earlier, there was a provision to understand how we can
include patients and caregivers in the regulatory
discussions. And we had a docket open at that time and
one of the things that was recommended from our
stakeholders was, you know, can we have -- can we be
part of the process regularly? Not on a reactive way
all the time as we have been doing sometimes in the
past. But just regularly so that we can learn from
each other and hear what’s going on and be up to date
and current with FDA. So we listened to those
recommendations and here’s the implementation for this

patient engagement collaborative.
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And thirdly we have a model. The European
Medicines Agency has been doing this for about ten
years. They have the Patient and Consumers Working
Party. And they’ve been engaging with patient
organization representatives in this kind of
collaboration for this long and understanding how they
can better engage and better include their perspectives
in their regulatory process.

So just a little bit of information on the
membership criteria for the patient engagement
collaborative. We’re looking for patients who have
personal disease experience either directly or
indirectly. Either they’re living with a disease or
survivors, primary caregivers of patients that cannot
represent themselves, such as a parent of a child or
someone who has Alzheimer’s who has progressed to the
point where they really can’t participate in this type
of activity. And also representatives from groups. So
they are interacting with their communities from an
organization perspective. They can represent their
community’s perspectives from an organizational

standpoint.
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So a couple of things that we are thinking about
is we’re hoping to have the first inaugural meeting in
late summer, early fall. And some of the topics we
have discussed that could come out of this is improving
transparency. We heard from the community that they
want to better understand the medical product, life
cycle process and how to engage at certain touchpoints
where they would be effective and efficient in helping
us understand their needs. Other things are how to
include more systematic patient engagement, as |
mentioned, across the medical product centers.
Strategies for engaging with patients and new models
for collaborating with our stakeholders.

However, even though we have these topics that we
have sort of addressed that could be possible, areas to
focus on and to explore with the patient engagement
collaborative, we really want this patient drive.

There is going to be a chair and a co-chair. And the
co-chair is going to be a patient advocate. And we
want the advocate members and we want the co-chair to
really drive the topics for this collaborative and

really have ownership and feel like their voice 1is
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being heard and that we are trying to implement some
changes that would assist in engaging better with our
patient community stakeholders.

So now 1°m going to talk about another iInitiative
that we’re currently working on in our initial stages.
To kick off rare disease week in February we launched
an initiative to do listening sessions, rare disease
listening sessions. It’s going to be a pilot. We have
a Memorandum of Understanding with the National
Organization of Rare Disorders to help us collaborate
on this effort. And the reason why we established
this, especially In the rare disease area, in my work
and experience in the Office of Health and Constituent
Affairs 1 would get a request from medical officers to
better understand certain rare diseases in their work.

They would want to understand quality of life iIssues,
disease burden, those types of things, so that it would
help them understand what’s important to patients. So
we would help establish those typically phone calls
where it’s a conversation with patient communities iIn
better understanding their needs and how their disease

is Iimpacting them on a daily basis.
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So we’re going to pilot this and we’re going to
select a therapeutic area. And hopefully once we do an
assessment to understand is this valuable on both the
review division and on the patient community
stakeholder end, maybe expand to other therapeutic
areas. And it’s all an effort to really help enhance
the work of the review division, better understand the
patient community needs and for giving the patients a
voice In the process.

And that’s what we have for you today. We truly
welcome your questions. We thank you for your
attention and we’re happy to address any
recommendations you have.

DR. MCLELLAN: Thank you both. Great report.
Comments and questions from the Committee? Yes.

UNIDENTIFIED SPEAKER: Thank you. 1 think this is
extremely timely, really important. And I’m involved
in a number of initiatives through the NIH right with
regards to kidney and transplant precision medicine
where the patient engagement piece is becoming more and
more important. 1°d just like to come back to the rare

disease kind of network that you’re working with. 1
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would like to congratulate you because that iIs so
needed.

But just as a thought there 1 also work with a lot
of rare disease networks. And I think one of the main
kind of patient pain points, something that you may be
wanting to focus on and be aware of is that a lot of
these patients actually their participation in some of
these clinical trials for getting drugs approvals for
their rare diseases is integral. And they do it with a
lot of enthusiasm because if they didn’t participate
they wouldn’t be able to get those kind of approvals.
Yet once those drugs are approved those drugs actually
get priced at a very high price point because of the
economic model of generating drugs for rare diseases,
it’s a small market so you hike up the cost and you
have to pay for it.

So a lot of these patients are then coming back
and suffering because they are then unable to afford
the kind of cost of those drugs. And so we’ve been
trying to work with a couple of organizations for these
rare disease networks. In Europe where this has

happened where 1 think some kind of, you know, some
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kind of confirmation from these developing -- these
pharma companies that are developing these drugs for
rare diseases that those drugs will be made available
back to the patients and the families who participated
and how to work through that conundrum, 1 think really
encouraging that patient voice to come back in in the
earlier planning stages for some of those trials so
that pharma can also hear it 1 think would be quite
critical.

MS. FURIA-HELMS: Yes. 1 think that’s very
important to take into consideration. And 1 think
that’s part of the education piece. | think the
patient community they’re very excited, they want to
participate in clinical trials. They want to see
approved therapies, especially in the rare disease and
ultra-rare disease area. But | think the education
piece and understanding what happens after that and how
it impacts them after the fact financially is something
that definitely needs to be further distributed and
understood.

DR. MCLELLAN: Sean.

DR. XIE: This is a very interesting program. |

Alderson Court Reporting
1-800-For-Depo



© 0o N o o A~ W N PP

N NN P R R R R R R R R R
N B O © 0 N O O M W N B O

67
Googled i1t and it seems | thought that we discussed
this before in 2017. Yeah. FDA has a committee
special for patient engagement. But my question is how
do you -- you have a detailed plan already developed to
access outcomes. Back to [inaudible] about what kind
of diseases, common disease or rare disease and also if
it’s new to come out how do you educate a patient? And
the key is this is a [inaudible]. Patient posts a
question online and some expert has to answer the
question. So assuming this is a big team supported,
including MD or PharmD partner with you on this system
to answer the question. Is that right?

MS. FURIA-HELMS: Yes, | think it is important to
partner with those that can -- the experts that can
address those specific questions. And that’s something
that we would also explore as well. As we are in the
initial stages of development we truly appreciate that
recommendation. It’s something to explore for our
future endeavors as we move forward in developing our
programs and initiatives.

DR. XIE: Yeah. [inaudible] we have a school

pharmacy, we have UPMC, we”d be happy to [inaudible]
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with you.

DR. MCLELLAN: Barb.

DR. KOWAKCYK: So I had a quick question. And I
wanted to know, I know you said several times this 1is
about the centers involved in medical development. Do
you plan to engage CFSAN at all in this initiative?
Because, one, there is a significant public health
burden due to food borne pathogens and those patient
perspectives should be included. Not only that, many
patients fall into the vulnerable populations which are
more susceptible to food borne illness. And some of
the outreach and education activities that CFSAN does
could be informed by the patient perspectives of this
Committee. And 1 was just wondering if you were
planning on engaging CFSAN.

MS. FURIA-HELMS: I think that’s an excellent
point and 1 do think that’s something that eventually
we will be moving toward, especially in the area of
medical foods as that further develops, and
understanding the food borne illness. 1 think It is
something that we certainly need to explore as we get

further established. 1 do know that when I ran the
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patient representatives program we did not have the
capacity to include food borne illness issues in that.
But it’s something we certainly should include iIn this
role now in patient affairs.

DR. KOWAKCYK: So I think 1 would strongly
encourage you to do that, particularly with patients
that have had hemolytic uremic syndrome, which is a
significant food borne illness that does fall within
the rare diseases. And | think that there iIs a need
for outreach and engagement of these patient
populations. A lot of them are at higher risk of
serious consequences. And there are food restrictions

that they have to follow. And CFSAN should be aware of

what’s happening. 1 mean there needs to be better
coordination.
So for example, 1 recently heard of a co-op that

was being developed, a pharm co-op for cancer patients
so that they could access fresh produce that was
located, would be located near a dairy farm. This
proposes a very high risk. 1 mean cancer patients iIn
general are often recommended that they don’t consume

fresh produce. For example, there’s a big outbreak
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right now from E.coli in romaine lettuce, okay. And so
these patient perspectives 1 think CFSAN would benefit
from hearing them. So 1 would encourage you to do that
sooner rather than later. Thank you.

UNIDENTIFIED SPEAKER: Absolutely. Thank you.

Can I -- I’m sorry, 1 didn’t [inaudible].

DR. MCLELLAN: Would you like to -- go right
ahead.

UNIDENTIFIED SPEAKER: Yeah, 1 was just going to
say just something briefly. And 1 know in working with
Andrea in the Office of Chief Scientists and of course
our shared family in the Office of Medical Products and
Tobacco, we’ll be working together to kind of identify
any gaps in engagement across the Agency. So of course
we’re working with Dr. Susan Mayne and then we also
have Rear Admiral Andy [ph?] from Food Science and Med,
along with Dr. Ostroff. So we’ll be working with them
to work up these issues. And of course we could tap
into your expertise here on the Board. So thank you.

DR. MCLELLAN: Good. We’re going to go with
Laura, then Cynthia, then Lynn. Laura, go ahead.

DR. TOSI: This is very exciting. My own practice
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focuses on kids with rare and ultra-rare orthopedic
disorders. And the challenge has been helping the
patients understand who they are. Because so many of
these diseases are, even though they’re rear, are
incredibly heterogeneous. And will you be, and is it
even your role, to help develop the tools that help
stratify patients? Because what we’re finding is,
okay, you have osteogenesis imperfecto. Well, nobody
knows what kind they have. And you won’t know the
improvement that they’ll have from a therapy if they
can’t stratify themselves well.

And you might say, well, people will be iIn
clinical trials. Yes. But that’s short term. And
then going forward often times patients are putting
themselves forward to be part of this, that or
whatever, not knowing what their patient -- what their
type is or how they should be organized. 1Is it within
the prevue of your office to starting thinking about
how do we help patients think about who they are? So
that when they answer quality of life instruments, or
answer PRO instruments that you know who you’re

starting with, rather than trying to compare apples and
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oranges.

MS. FURIA-HELMS: That’s a very good point. And
actually that does come out of the conversations we
have with the review divisions when we’re determining
who we want to speak with in those listening sessions.
With rare diseases, for example, a recent one, there
were three subgroups within that particular rare
disease community that the review division wanted to
hear from. And they wanted to hear specific
experiences related to those subgroups with their
current experience with certain treatments that they’re
using to manage their symptoms and other related
issues that are specific to those specific subgroups.
Yeah, so I think that does naturally come out iIn
certain areas. But then also In some listening
sessions, and this is all contingent upon the need of
the review division, it may be more general those
questions. But 1 think that does come out naturally.

DR. TOSI: Just I think your focused on review and
I’m focused a little bit more on communication and
helping patients after work has been done or while work

is being done to be understood. And if patients don’t
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understand who they are, and rare disease people are,
you know, distributed worldwide, often not able to come
into your meeting or to a clinical trial or anything
else, 1s there any work on communication tools is
really the bottom line here?

MS. FURIA-HELMS: Currently that is one of the
things we plan on working on is communication and
education and helping our communities better understand
the different regulatory process and where they fit
into that. We do plan on doing some education.

MR. SHAIKH: Yeah. And 1 think specifically on
the methodology and tools that you’re referring to, a
lot of that’s happening through the guidance work under
the Patient Focused Drug Development Initiative. But as
you mentioned, we need to couple that with
communication. 1 think that’s where our staff can work
with the medical product centers to ensure that that’s
happening and that we’re engaging with patients and
their advocates.

DR. MCLELLAN: Cynthia.

DR. AFSHARI: Thank you for the presentation.

It’s exciting to hear about this. And 1 think as you
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articulated there’s these ongoing activities and now
this is something new coming in. And 1 guess | have
two comments/questions. The first one is you talked
about the front door for maybe patients and groups that
aren’t already present or interacting somewhere in the
Agency. And I’m just wondering as these other groups
and initiatives have come up across the different FDA
centers they probably all have their own look and feel
to them. And so is part of the goal here of your
office with the Commissioner to try to maybe introduce
a similar framework across all of these so that you can
determine best where the value is in the Agency? And
again, if you have to rob Peter to pay Paul so to speak
that you have kind of a systematic approach for doing
that in terms of where the priorities are. Because |
imagine there’s a lot of tension in the wires there.

MR. SHAIKH: You know, certainly 1 think a
standardized approach or framework across the Agency
will be critical. 1 mean we’re a little early in the
process. And first trying to understanding who is
engaging the FDA? What are some of the matters that

we’re engaging patients on? But ultimately, as you
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mentioned, 1 think once we have the information and we
know the sources of iInput, iIt’s understanding how can
we have a uniform kind of process for how we engage
patients? But we also have to understand there are
specific nuances to say a drug conversation, versus a
device conversation, versus biologic conversation. But
at some I think baseline there is kind of a unified
framework that we can have and how we take iIn
information and how we engage patients.

DR. AFSHARI: My second was you talked about cross
collaboration, which I heard as being across the FDA
agency. But as you think about patients and what their
caregivers may need and think about access to
healthcare and drugs, or whatever that is, it could
quickly take you out to other agencies and other types
of groups. So how will you engage there and what’s the
process?

MR. SHAIKH: Yeah. One of our goals in the early
phase is to understand what’s happening in say, for
example, Health and Human Services. We’ve already
reached out to AHRQ. And my colleague has actually had

experience NIH. And so these are, you know,
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conversations that we’re just starting to facilitate
now. And, you know, 1 completely agree that
understanding what are the best practices? Because
there i1s patient engagement happening outside of FDA
and understanding what valuable, you know, pieces of
those conversations we can also have. Thank you.

DR. MCLELLAN: Lynn.

DR. GOLDMAN: Yeah, I have a few comments. One
thing that strikes me is that, 1 mean, we are the
Science Board. And so 1 think that it behooves us to
think a little bit about how science could inform what
you’re doing and in particular behavioral science,
which there is such a thing. We don’t have very much
strength in that area on this Board. But when we’re
talking about engagement of patients and communication
with patients there’s a lot of rich, very rich science
involved. And a lot of people who could bring
expertise to you, perhaps even within the Agency. But
I know certainly in academe.

And some of the things that 1 wanted to mention, |
mean, one iIs just even, you know, how you wrap around

your arms around who is a patient. And, you know, you

Alderson Court Reporting
1-800-For-Depo



© 0o N o o A~ W N PP

N NN P R R R R R R R R R
N B O © 0 N O O M W N B O

77
made a comment, you know, that people with Alzheimer’s
probably couldn’t serve. But probably one in ten of us
in this room have it. We don’t know we have it. You
don’t know we have it. But, you know, so, you know,
who is a patient 1 think Is major issue.

The same with actually Barbara’s issue, | mean all
of us. I ordered a Cesar salad for lunch, so you know,
I’m a romaine lettuce eater. And so I haven’t had, you
know, 1 can’t get, you know, hemolytic uremic syndrome.
But 1 think, you know, who is a patient I think is a
major question. And then | think you’re already
getting them.

I really admire the efforts that you are making to
widen your circle of connections and brining more
people In. But you can apply science actually to
understanding, you know, what are those social networks
of patients that you can tap into. They’re not
necessarily members of organizations who read the
Federal Register. So that’s a problem when you reach
out through the Federal Register 1 think you’re very
unlikely to reach a lot of normal patients or would be

patients. But there are scientist who can help you
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with that. And there’s a lot. 1°m not saying hire
Cambridge Analytica or something like that. But 1 do
think that there are ways, you know, to get into these
networks.

And 1 mean the other thing is that I think that
the behavioral science can help you around coming up
with strategies to communicate. Because | also think
that these -- | mean even the rare diseases, they’re
compl -- the communications issues, and 1 don’t do
this, Minnie does this, but | know they’re completely
different. |If you’re dealing with the communication is
to parents of infants with a rare disease versus adults
who have a rare disease and are trying to transition
into independent life. And so, you know, and then, you
know, we, you know, we’re a multi-cultural society and
it’s complicated to communicate.

You know, a couple of things that 1 also wanted to
mention. | mean one is certainly the reach out to
other agencies is really great, 1 think ARC. | think
also to think about CMS. I think a lot of the
frustration for patients is that, you know, FDA reviews

medications and devices and so forth and approves them,

Alderson Court Reporting
1-800-For-Depo



© 0o N o o A~ W N PP

N NN P R R R R R R R R R
N B O © 0 N O O M W N B O

79
but that doesn’t mean that CMS is going to pay for it.
You know, so the broken, in my view, connection between
FDA and CMS it’s really, really hard for the public to
understand. And partly because it doesn’t make any
sense, you know. Because you have expert bodies that
review things and then another agency in the same
department gets another expert body to review things.
And, you know, 1 think that we can listen to patients
about that, but we could also think about, you know,
trying to fix that disconnect and make it better for
them.

PCORI is another agency to think about. They’re
doing a lot of research on patient oriented outcomes.
And that patient centered approach that they’re doing I
think is eliminating a lot of issues that are really
important to you. And there may even be opportunities,
you know, to partner with them on some of this. So 1
just wanted to mention that as well.

The last point, [inaudible] PA we had issues
about, you know, just communicating to the public about
what was on product labels. And we actually were able

to have very productive partnerships with the industry
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around doing surveys, survey research to actually
understand what words that we were using on labels
meant to actual people. And it was really sad too
because what my people thought was kind of a hierarchy
of words that described risk. The public had it turned
on the other side. So, you know, our experts, our
regulatory scientists and stuff who come up with some
of these words, don’t think -- don’t understand the
words the same way the public understands words.

And the industry does have a lot of connection
with these networks of patients. You know, they use
them in some ways that’s sometimes not the best I
think. But I think if you can have an honest to God
partnership arrangement where you’re just aligning on
things where you have things of interest, like
understanding things about language that, you know, the
industry and the FDA need to both understand that and
could collaborate on that. We felt we were able to
leverage a lot of resources around that where we didn’t
have funding to go out and do the science and we could
get it done. So --

MS. FURIA-HELMS: Thank you for all those
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comments. 1 think you bring up a number of good
points. 1 think health literacy is a huge issue and I
think that’s something that we will be involved in and
really exploring In terms of our efforts here at
Patient Affairs. There is an HHS health literacy group
that we are a part of and we will be exploring those
types of things. 1 think the other point of view, you
know, engaging with other federal agencies, as Samir
has said, and really further engaging with other
entities as well.

But CMS is also something that we should look into
for the future. And 1 just think that the behavioral
piece is so important, the around social science piece
I think. In my experience with -- I used to run the
Back the Sleep campaign at NIH and, you know, we had
one brochure that said “Back to Sleep.” And when you
go out and talk to people they thought it was some kind
of mattress ad, you know, so not around sudden infant
death syndrome. So, you know, we really learn what
people are interpreting when they’re reading when you
go out there and do that kind of focus group research.

And 1 think that’s important as well to include in our
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work. Thank you.

DR. MCLELLAN: Other comments, questions? Go
ahead.

UNIDENTIFIED SPEAKER: So thank you for that
introduction to the work that you’re doing. 1 think
it’s incredibly important and needs to go forward
actually quite expeditiously. You know, the patient
really is the focus of what we do and but yet sort of
the voice of the patient really hasn’t been heard in a
lot of the things that we’ve been involved in. So
obviously incredibly important, 1 think people have
woken up to it.

But 1 have a strategic question for you guys. So
you’ve gotten a lot of, you know, issues and feedback
and thoughts and ideas. It sounds like what you’re
really trying to do is to just start to sort of
understand or level set or get involved or get
involvement in the Agency and then in the reviewing
division. But I haven’t heard yet from you guys about
any specific goals that you might have, some specific
goals where you guys are headed, what sort of the end

game is. Because, you know, from what you’re hearing
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from people there’s about an enumerable number of
things that you could be doing. So the question is
what do you -- what are your short term goals? And
then what do you see for your long term goals and where
might this initiative be headed, given the fact that
the sky i1s almost the limit for anything that you can
do, since the patient voice really hasn’t been heard in
the things that we’ve been involved in to date?

MR. SHAIKH: So that’s a great question. We’re
actually working on that right now. As | mentioned iIn
my initial remarks, we are getting feedback and input
from various sources. And some of that is both
internally and externally. And it’s going to be
important that we do create kind of strategic
priorities that are tied to the Agency’s overall public
health mission. And so we’re in conversations right
now. 1 think it’s too early to kind of establish them,
but hopefully in the next 1°d say month or two we
should have those solidified and we can share those
with public.

MS. FURIA-HELMS: 1 also think being the Science

Board there’s opportunity for us to engage in the
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future as we have gone further along iIn developing our
objectives and goals. And one of the things for the
future is really how can we take that patient
experience information and tie it to a regulatory
decision? And so we would need your expertise in
understanding and really finding a pathway to move
forward in that direction.

UNIDENTIFIED SPEAKER: Just one quick follow up
follow comment. And 1 thank you for that. We look
forward to hearing from you guys also. Just one of the
things, you know, that sort of come out in the
conversation is sort of, you know, getting different
types of groups sort of involved in the social science
aspect of things. Because patient experiences can be
enumerable basically based upon sort of the culture,
background, ethnicity, these sorts of things. So
that’s something that has got to be baked into what
your strategic planning iIs and how you address all of
that.

MR. SHAIKH: Thank you. Rhondee.

DR. BALDI: Yes, thanks. My comment was about the

strategic planning and whether you might consider how
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that patient engagement work dovetails with medical
adverse event reporting, being that front door for the
broader public to report adverse events. It certainly
sounds like the, you know, rare disease community 1is
the first big group you’re trying to engage. But
thinking in the future about how the larger public can
engage in that medical event reporting, adverse event
reporting and make it easy for them in ways that the
rest of the -- In ways that we engage with other
institutions really easily. So thinking about that for
the future as well.

MS. FURIA-HELMS: So one of the things that we did
when 1 was in the Office of Health and Constituent
Affairs, part of that office was focused on Med Watch
and assisting with that process. And there was a lot
of education in helping stakeholders understand and our
patients and caregivers understand how to fill out a
Med Watch form appropriately. There were some videos
made and some webinars and things we did at that time.
But I do think there is a lot more to do in that area.
There are also groups of patients that we’ve interacted

with that have been harmed by medical devices and want
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to find ways to engage with us so that it doesn’t
happen with others and how we can improve iIn that
process. And improve basically our products so that
it’s meeting their needs with as minimal risk as
possible. So those are the types of things we also
could continue to explore.

And 1 know that also in OHCA we had developed a
consumer form. It was a little easier to work through
than when a physician would submit or a researcher. So
that was also developed at that time. |1 think there is
still a lot more education that’s needed to understand
how much detail to provide in there. Because there are
some components that get missed and then that
information could not be utilized the way it should be
in terms of adverse events and how that impacts in the
surveillance area.

DR. MCLELLAN: Lynn, did you have -- okay. Any
other questions? Let me just end with a commentary.
You know, 1 appreciate the focus that you’ve been and
the openness for learning and approaching new
techniques. 1 really think Barb’s comment regarding

partnering with CFSAN and the entire food side of this.
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You want large numbers of engagement that will curl
your toes. 1 couldn’t help but notice from the time
you began to the time you ended 1 believe every one of
the audience out there communicated with people. ITf
you’re not thinking in terms of social media and fully
electronic ways to connect with patients then you’re
going to miss an iIncredible opportunity.

And then finally the comment regarding behavioral
sciences is extraordinary. The science is pushing hard
and really opening up all new avenues. And we
certainly could contribute to ensure that you have a
rich background to tap in terms of supporting your work
there. Thank you so much. We appreciate the vision
and sense of opportunity that you’re presenting. We’re
very excited about this role in FDA.

MR. SHAIKH: Thank you. Appreciate it.

MS. FURIA-HELMS: Thank you so much.

MR. SHAIKH: So one quick comment. We will look
to bolster this Board with some behavioral science
expertise. 1 think that was a good call. So we will
work on that immediately. And as Andrea said, you

know, they will be coming to this -- they’ll probably
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be coming to the Science Board again in the future.
I’ve given them an open invitation. It’s a nascent
initiative, so it’s kind of refreshing for the Science
Board to see something as it starts and to have some
influence and provide some direction to help it
succeed. So I know they look forward to working with
you guys and it seems there’s a lot of interest, so I’m
glad it worked out.

DR. MCLELLAN: So Board we’re on a formal break
until the Commissioner’s report at 11:30. So please be
back by 11:25 at the latest. And we’ll reconvene at
that point. Thank you very much.

[Recess in proceeding.]

[Proceeding resumed.]

COMMISSIONER”S UPDATE AND OVERVIEW
OF AFTERNOON DISCUSSION

DR. MCLELLAN: So 1’11 call the board meeting back
to order and we’ll proceed with our agenda as
scheduled. We’re very glad to have Commissioner Scott
Gottlieb here to provide an update with the FDA’s
recent activities and his priorities and progress he’s

made in the term thus far. Dr. Gottlieb will also be
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giving us some context behind the questions that we’ve
received and, of course, the reading material that
we’ve had to explore those. And if time permits before
the lunch hour we’ll actually start our discussion with
question one if there’s time. Commissioner, the floor
IS yours.

DR. GOTTLIEB: Thank you so much. 1It’s a real
delight to be back with this group. And | appreciate
everything that you’re doing to support the Agency and
the dialog that we’ve had over the course of the year
that 1°ve been iIn this role.

I wanted to just use the opportunity to talk about
some of the newer ideas that we’re working on. | think
line up and comport with some of the discussion that’s
going to happen later in the afternoon around the
questions that have been put to the group. And I
wanted to particularly focus on the FY-19 budget and
some of the proposals that we put forward in that
budget. Because they represent, first of all they
represent 1 think broader foundational initiatives that
we have an opportunity to put resources behind.

They’re in the President’s budget. 1°m testifying

Alderson Court Reporting
1-800-For-Depo



© 0o N o o A~ W N PP

N NN P R R R R R R R R R
N P O © 0 N O O M W N B O

90
tomorrow before the Senate Budget Committee, Senate
Appropriations Committee. | testified last week before
the House. And we’ve had good dialog with members on
Capitol Hill about the ideas we put forward.

I think, number two, I think what we’ve tried to
put forward this year with respect particularly to some
of the databased initiatives, sort of the knowledge
management and database initiatives are ideas where we
could build out capabilities 1 think are foundational
to the Agency. 1 think they have the potential to
provide a transformative change to core components of
how we function. They’re the kinds of things that, you
know, you’re only able to do with an appropriation, a
deliberate effort. 1 mean we can make -- when we do we
make constant and incremental progress to how we
approach or processes in the context of user fee
agreements and just in the context of our normal course
of policymaking and the efforts that we do every day.
But 1 think this affords us the opportunity to think of
sort of paradigm change. That might be overstating the
impact, but from my vantage point it isn’t overstating

the impact. And finally 1 think it lines up closely
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with what the kinds of questions that were put forward
to the group and that 1 hope you’re going to have the
opportunity to discuss later today.

So the two biggest elements of the -- or the two
biggest elements are the budget proposals that we’ve
put forward that 1 think are foundational In many
respects. And if people were to ask me, we put forward
nine ideas, iIf they were to say, well, you know, talk
about the two or three that you think are the most
critical to the Agency, the two that would probably be
the most critical to the Agency | think are what we put
forward with respect to continuous manufacturing and
what we put forward with respect to what 1 would say
broadly speaking is data management and making better
use of real world evidence and real world data. And
1’11 talk a little bit about the continuous
manufacturing because it’s less directly relevant to
some of the questions. Although some of the questions
that we put to the group touch on it. And then 1’11
focus a little bit more on the data management elements
and then 1711 pause for questions.

Continuous manufacturing 1 think we have long seen
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and opportunity to see more of the industry convert
towards continuous manufacturing platforms. And, you
know, arguably one of the impediments is the
uncertainty iIn the development space about how to do
that and whether or not you’re creating incremental
risk and uncertainty in the course of a development
program. In the element of the development program
that should be the most derisked. |1 mean, you know, if
you’re a drug developer and you’re taking a lot of
clinical risk in terms of how you develop product the
last thing you want to do is inject a whole lot of
uncertainty at the end of the application process
related to the CMC portion of the application and how
you’re going to be manufacturing it. That should be
more routinized and predictable.

And so by asking sponsors to consider converting
to continuous manufacturing we’re also asking them
arguably to inject a level of uncertainty into the
portion of the development process that probably is the
elements that they want to derisk the most. And so I
think there is some onus on us to try to think about

how we develop scientific principles that can derisk
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that conversion if we think that this is an important
public health goal. And we think it is. And so the
proposal we put forward in the context of the budget
was to start putting resources behind the development
of public/private partnerships and other policy
development that could more fundamentally derisk the
conversion and see a more rapid migration towards
continuous manufacturing.

I think a lot of the discussion around continuous
manufacturing to date has been on the small molecule
side. And you’ve seen companies developing small
molecule products convert to continuous manufacturing
platforms. | think there’s four or five companies that
have engaged this technology. 1°m not sure of all the
specifics of what’s going on in the industry. There
must be more behind it. And there’s a lot of benefits
from that from a public health standpoint in terms of
lower costs, mitigating the risk for shortages,
improving quality and reducing the opportunity for
mistakes.

And also we put it forward in the context of

redomesticating manufacturing. We think that 1If more
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companies move towards smaller footprint, higher
intellectual property continuous manufacturing
platforms, those are precisely the kinds of
manufacturing platforms that you wouldn’t want
offshore. You know, you might want to put that kind of
a platform in downtown Boston. And while that’s, well,
you know, that’s not one of our sort of explicit public
health goals to try to redomesticate manufacturing,
that’s not within FDA”s mandate and 1 would never put
forward that that is or that’s a rationale for us
pursing it. 1It’s certainly a mandate of the
Administration to try to build out domestic
manufacturing to the extent that, you know the
Administration and Congress are considering how to
allocate resources behind goals of trying to, you know,
grow domestic manufacturing. | think this could line
up very well.

But that’s the small molecule side. 1 think when
we start to talk about these technologies on the
biologic side it takes on a whole different complexion.
Where if you look at what’s happening with respect to

cell and gene based therapies, things like gene
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therapy, CAR-T, the ability to introduce continuous
manufacturing into that setting actually could be
enabling to the technology going forward. 1 think that
while it’s very nice to have on the small molecule side
of our house, it could very well end up being a must
have when it comes to some of the technologies on the
biologic side. And I think further elucidating that
and developing the use case for that and understanding
that is going to be very important as we think about
how to take these things forward and build a compelling
case for why we ought to.

And just on the vaccine manufacturing side, when
we were going through some of the challenges we had,
say with this years” flu vaccine. You know, a lot of
the discussion was around trying to get towards a
universal vaccine, which is obviously an important and
laudable goal and hopefully we’ll get there. But we’ll
probably get there in a good amount of time. You know,
maybe we’re a decade away from a universal vaccine, one
that can be deployed. What we’re much closer to
achieving is the ability to develop flu vaccines in

vecompetent [ph?] systems through a continuous
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manufacturing process in a cellular environment where
you could quite literally, you know, change the gene
cassette in a continuous manufacturing platform and be
able to scale up the production of a different vaccine
in the matter of six weeks, as opposed to six months in
chicken eggs. | mean the technology to do that is
there.

There are some companies already manufacturing
vecompetent vaccines in cell based systems. You know,
developing a sort of replaceable gene cassette that
could go into a continuous manufacturing platform.
You’re basically -- and to do that you’re putting
together parts of technologies that already exist. We
could get there in a much shorter period of time and
that would be 1 think a fundamental shift in our
ability to move flu vaccine production In a direction
that’s going to assure a greater degree of confidence
that we’re going to have a properly matched vaccine to
the circulating strain. And if not we can adjust mid-
season or scale up a monovalent vaccine if we had to in
the outbreak of, you know, some pandemic strain. So I

think that this is sort of fundamental enabling
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technology and it’s why we put it forward in the
context of the budget.

The other thing 1’11 just touch on and then 1711
close is what we’re trying to do with respect to data
more generally. And under this bucket there’s really
two proposals we’ve put forward. One is for a
knowledge management system here at FDA. And the other
is to try to invest more heavily In our existing
systems like Sentinel and NEST to move them further in
the direction of more active surveillance by converting
to a common data model and developing more
interoperable data that where we can get data that is
specifically tailored to answer healthcare questions or
clinical questions related to the FDA regulatory
process.

And we talk in the budget explicity about having
the ability to interrogate EHR data on 10 million
lives. But not just interrogate EHR data in 10 million
lives, but do it in a way where we have a sort of
common data standard that we can use and then we can
make that resource available outside parties so others

can also be iInterrogating off of the same data
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backbone. And you can ultimately see the ability to do
more clinical studies in a clinical care setting if we
had such a system.

We right now do have the capability of doing
active surveillance and we do have the capability of
looking at EHR data. But we haven’t consolidated
enough data and collected it in a way that makes it
highly effective for this purpose. And so part of the
bigger vision of trying to Invest resources in that is
to develop that model and develop a more robust
platform and move towards, you know, what has been
arguably a little bit more of a passive surveillance
system and that in many cases relied on claims data.
And move more firmly in a direction of an active
surveillance system that relies more heavily on
properly collected clinical data. And a properly
collected clinical data environment that we can
actually do studies in that environment, in addition to
interrogating data. Not to say we’re not doing that
now, we are. As part of our congressional mandate we
do have an active surveillance tool within the context

of Sentinel. But this would be to try to build on it
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and really take it I think to another level.

And that can be obviously an enabling took for FDA
to have because you could envision different clinical
developing constructs and different regulatory
constructs based on this where in settings where there
are certain questions that we can’t answer In any
reasonably sized preapproval study, perhaps we could
move some questions into a post-market data collection
system, coupled with the right authorities where we
could answer things with certainty in a clinical care
setting.

On the first point, and I do think of these as
sort of coupled, and I talked about this, the testimony
I gave before the House budget hearing, the
appropriations hearing, what we also want to develop
simultaneous to this is a knowledge management system
where we have the capacity at FDA to archive and
interrogate the basis for our own decisions. Right now
if someone was to come to me and say this Is a very
interesting, you know, use of a reliance on a certain
biomarker construct or a certain clinical trial design

in the context of this approval, where else have you
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done that? 1 would, in answer that question, 1 would
have to pull together all the reviewers that 1 thought
could possibly have worked on something similar and ask
them all. Or, you know, maybe got Bob Temple in the
room because he remembers more than most of us, and
maybe he can bite off 70 percent of it. And then for
the other 30 percent 1°d have too query the rest of the
Agency. We don’t have a good way to both archive the
basis for our decision-making and be able to query it.

And that becomes very important for establishing and
understanding precedent. It becomes very important for
policy formulation.

And so | talked about when I gave the testimony of
the House hearing that if we had such a system in place
it would help facilitate the more rapid development of
guidance across different disease areas. And we’ve
committed to a process where we’re going to be
developing many more disease focused guidance
documents, hundreds of them in a new construct that
we’ve created within the Office of New Drugs once it’s
fully operational. But having a knowledge management

system where we can query, collect and query the basis
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for our decisions would greatly facilitate that.

So 1 just wanted to leave the group today with
these two sort of big buckets of ideas. | think that
we do have the opportunity, you know, with what the
Administration has put forward with a big plus up in
our budget. And hopefully, you know, we”’ll be able to
work with Congress and some of those resources will
flow to the Agency behind what 1 feel are opportunities
to put in place, foundational elements that could pay
dividends for many years.

We have these sort of inflection points from time
to time. 1’ve been in and out of the Agency now this
is my third time here. And 1°ve seen opportunities
before come where we’ve had the ability to make some
foundational change in how we do our work that had a
distributed impact across the Agency. And I do feel
that these two, you know, big buckets trying to move
towards continuous manufacturing and trying to move
towards a broader data management enterprise building
on what we’ve done with Sentinel and NEST. We’ve
obviously done a lot already, but building on it and

trying to take it into a new realm I think that it
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could be foundational and transformative for many years
to come. So 1’1l pause there. And 1°m very grateful
for the time. |1 hope I didn’t talk too long. Thank
you.

DR. MCLELLAN: Thanks Commissioner. Hopefully
you’ll stay for some questions.

DR. GOTTLIEB: Absolutely.

DR. MCLELLAN: Board, the floor is open. Please
indicate with your flag. Barbara.

DR. KOWAKCYK: Thank you. So I have two questions
for you. One is about data management. 1°m a
biostatistician and epidemiologist, so this is near and
dear to my heart. 1 think that the data management
initiatives that you described are really important and
very much needed. 1 would encourage you to take a
holistic view across the Agency and not just focus on
drug development, but also focus on food as well.

You’re probably not aware, but we had a committee
of this Board a couple years ago. We looked at the
FERN laboratory network. And one of the things that I
think the committee was really struck us and was deeply

concerning to us is when we did a site visit to one of
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the premiere labs in the FERN network and they
described how they got data to FDA. And what they did
is they had no way to get data, so they would fax the
data to FDA and FDA would reenter the data by hand into
the system. And besides the whole data quality and
management nightmare that that creates i1t’s certainly
not an efficient use of time and resources.

So that’s on the CFSAN side of things and 1 would
just strongly recommend that you take a holistic view
across the Agency and think about how these data
management systems can better operate and how you can
better share data in a timely and efficient manner with
your partner agencies, such as CDC, the state and local
health departments and so forth. So --

DR. GOTTLIEB: No, look, I -- the point is well
taken. And one of the questions put to the group was
around just trying to address the computing
environment. And 1 think some of this feeds into that.
IT we were building a system for data management across
the Agency we would probably build something that looks
a lot better than what we’re operating with.

DR. KOWAKCYK: Right.
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DR. GOTTLIEB: And the truth of the matter is that
a lot of the emphasis and resources have been put iIn
the medical product side over the years in terms of
trying to build out some of these capabilities. And,
you know, we get into a situation where we have have
and have nots across the Agency and that’s deeply
concerning to me. | just spent the morning talking
about that in the hiring context as well. Where some
of the new hiring authorities they give us more ability
to direct resources to key hires, as well as streamline
certain hiring processes, again, have been directed
more towards the medical product side of the house.

And we’re going to look at how we can redirect that now
towards every element of the Agency so we don’t have
these iInequities.

But, you know, 1 would put it back to the group as
you have discussions, if there is ways to, now that
we’ve grown up the system that we have, to
retrospectively try to fit an architecture on top of
that as we build out some of things on the medical
product side that addresses, you know, some of the

other challenges. That’s certainly something we would
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want to do.

DR. KOWAKCYK: Okay. If I may, my second
question.

DR. GOTTLIEB: Oh, I’m sorry. Yeah, please.

DR. KOWAKCYK: Which feeds in very nicely to that
is, you know, I was very interested, you mentioned that
there i1s some equity at the Agency. And so FDA is
charged with regulating about 80 percent of the food
supply. And I was wondering if you could comment on
your priorities on the food safety side of FDA’s
responsibilities.

DR. GOTTLIEB: Yeah. Well, we’ve done -- so on
food safety in particular, because we’ve obviously been
trying to advance a lot of proposals and some new
proposals with respect to nutrition, trying to use diet
and labeling, our regulation of certain aspects of
labeling as a way to try to reduce the burden of
chronic disease. You know, 1 think on the food safety
side a lot of what we’re doing is focused around
continued implementation of FSMA.

FSMA was a fundamental transformation in how we

approach food safety towards a system of preventative
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controls. And, you know, we have gone a long way
towards implementation. Peggy Hamburg, Rob Califf did
a lot of work towards implementation. But there are
still elements that haven’t been implemented. There’s
elements where implementation was delayed. There’s
elements where the implementation is now coming into
focus, like intentional adulteration. And some of the
issues that were delayed were delayed because they were
the hard issues to try to resolve, either from a policy
standpoint or from a scientific standpoint. You know,
issues with like agricultural, water, which is
obviously a primary source of or a common source of
problems. We also don’t have all the tools and
policies that we need at this point to try to implement
that. And so we’ve gone back and we’re now relooking
at our approach towards that.

There’s other challenges. 1 think we’re going to,
you know, continue to have to work towards the optimal
framework in working with the states. We’re going to
be very dependent on the states and our state partners
for the success of this framework and for

implementation of this law. And I think we’ve done a

Alderson Court Reporting
1-800-For-Depo



© 0o N o o A~ W N PP

N NN P R R R R R R R R R
N B O © 0 N O O M W N B O

107
lot to try to, you know, partner with NASDA and the
other state organizations, the state agricultural
commissioners. 1 think there’s more we have to do.
There’s more I’m committed to doing. So that’s a big
area of policymaking, focusing a big area of my
attention and focus right now is trying to see how to
even better leverage those relationships. Because this
law won’t be successful unless we’re working very
cooperatively with the states and are able to leverage
their expertise and resources on a state by state
basis.

So, you know, the answer to the question about
what we’re doing on food safety is trying to make FSMA
work. And I think we’ve gone a long way towards
implementing this law. But 1 think that there’s still
unfinished business. And some of the things that are
the sort of residual elements that we still need to do
are some of the harder questions. That doesn’t mean
we’re not going to solve them, but some things have
been pushed off because they’re hard. And we’re
grappling with those now.

DR. MCLELLAN: Thank you, Barb. Minnie.

Alderson Court Reporting
1-800-For-Depo



© 0o N o o A~ W N PP

N NN P R R R R R R R R R
N B O © 0 N O O M W N B O

108

DR. SARWAL: Yes, thank you so much. 1 was
actually -- 1 found it quite exciting that actually one
of the main missions that you talked today is also
about creating a data management and a knowledge
management system at the FDA to query past data, past
trial data, et cetera. But I think this will rely to a
great extent on capturing like user conversations, user
behavior all through perhaps social media. Some of
those feeds will be coming through that. So do you
feel that the FDA would have to do any additional, jump
through any additional hoops with Congress or how do
you see approaching that, especially with the recent
things with Facebook and Cambridge Analytica. 1 mean
is this something going forward? How should we best
approach this so that it’s really effective for what
you need to do without the kind of burden of what we’re
seeing if it doesn’t get happened properly?

DR. GOTTLIEB: Yeah. 1 have to confess I’ve never
contemplated how we could use data that’s available iIn
a consumer environment as a way to try to capture maybe
safety information, what people might be saying about

products. How they might be discussing it online as a
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tool where we might be able to use that as like an
early warning system.

I mean, you know, we’ve talked about things like
looking at Google search trends for certain key words
as harbingers of, you know, flu outbreak, right, 1 mean
we’ve seen some sophisticated tools for doing that, or
looking at sales of OTC products as a way to get an
early indicator of epidemics. 1 haven’t really
contemplated how we would use social medial in this
context.

To be perfectly blunt, in the context of, you
know, just all the concerns about people being, you
know, looked at by the government I’m not sure 1°d
really want to step into this so vigorously. | think
there would be a lot of privacy concerns around any
government agency trying to track this information or
trying to make assessments of it. And so I think we’d
want to make sure that we could validate that it’s a
really important public health tool before we stepped
into it. And I suspect that this is going to be well
validated by the private sector before the government

adopts these kinds of tools. But, yeah, I just have
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not at any realm contemplated this or heard it
contemplated at the FDA, at least at my level. 1It’s an
interesting thought though.

DR. SARWAL: Thank you.

DR. MCLELLAN: Thank you. Lynn.

DR. GOLDMAN: Hi. Yeah, thank you very much,
Scott, for being with us here today. And I really have
appreciated the way you have continued the focus on
science at the Agency. And we noticed in the things
that we’re looking at. So | just wanted to say that.

In terms of the initiatives, | can’t say | really
understand enough about this continuous manufacturing
to say anything about it. But on the data management
side that actually does connect to an earlier
discussion that we had today. And I have a couple of
comments. And one is that in terms of the EHR
commentated standard, if you find a way to do that we
in academe would like to be able to help look at those
data. We spent a lot of money on hiring consultants to
put together EHR platforms so that we can do our
research. [1’m just going to say that. 1 mean it’s

just a lot of effort.

Alderson Court Reporting
1-800-For-Depo



© 0o N o o A~ W N PP

N NN P R R R R R R R R R
N B O © 0 N O O M W N B O

111

We have a cohort in DC called the DC Aids Cohort,
all the people with HIV Aids. And they are seen at 30
different healthcare institutions and they use multiple
platforms. And we have to have a, you know, part of
our funds for our research has to just pay a consultant
who can help us to put the EHR data together. 1It’s a
huge obstacle to a lot of efforts.

And, you know, at the end of the day the
government is paying for it, by the way, because that’s
paid for by our NIH grant. And so, you know, so we’ve
done and we’re doing it, but 1 think It’s very
important that the FDA can do this. Otherwise, you
know, your cherry picking from systems where it’s
easier to get the data and you’re not going to get a
full picture of the spectrum of what’s going on out
there.

The other thing that 1 was really excited about,
like Minnie, is the knowledge management system idea.
Bob Temple, you mentioned my last name Goldman, and the
Goldman family, he will tell you a story about my
family and me. He probably doesn’t realize it’s the

same Goldman, but that, you know, we have a family
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member who’s had an adverse experience with one of the
medications you regulate. And one of the things that -
- and we actually got the Agency to change the label,
so that was pretty amazing. That was back before the
days of, you know, official patient participation.

So but rather than tell you that whole story, but
what I learned from that is that, you know, life
threatening complications are considered idiopathic,
you know, by the FDA, are dealt with iIn vastly
different ways for different medications. And 1 think
that KMS can be incredibly important for achieving not
only consistency iIn policies about how the FDA manages
those risk, because the risk management we found, you
know, is all over the map, but also when the day comes
when the effect is no longer idiopathic, but it’s
actually understood because there are genes involved
and there are probably more personalized ways of
managing that. You know, precision approaches that can
be used rather than a label that impacts everybody.
Then if you had a KMS you could implement that. But
it’s very difficult, you know, to find that kind of

information, you know, across, you know, multiple
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drugs.

And so | think that that’s exciting because I
think that it could be not only a boost forward for
patient safety, but also, you know, some of the things
that are done for patient safety actually, you know,
inhibit the freedom and life choices of patients as
well, you know. Like multiple sticks, you know, if
you’re looking for neutropenia.

And then the other thing that 1 wanted to mention
is, again, that issue about the use of broader data,
social media data and other data. |1 mean if you’re
trying to get more input from patients to find ways to
do that without getting down into their personal lives.
But most patients aren’t members of patient advocacy
groups. And there’s a lot about patient experience
that we can learn through behavioral science.

And one thing that occurred to me after our
conversation this morning is that that is another area
where you could think about maybe doing an initiative
just to bring people together across the Agency who are
involved in behavioral science, but also involved in

patient engagement, to bring a little bit more of a
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lens of social science onto that and a little more
depth to the approach. And there are databases that
some of them are using that are not necessarily
available on all the centers. Just like where we were
with genomics a few years ago. There might be an
opportunity here to make -- get more bang for your buck
with the resources there. So --

DR. GOTTLIEB: 1t would be interesting to know if
there i1s also outside third parties that are doing
this, particularly things in a public health context
where we might be able to partner with them to look at
those capabilities. You know, because there might
be -- if we were to look at that as a tool for trying
to inform decision-making or, you know, glean
information about how patients were experiencing
products, particularly looking for safety issues, you
know, it might be something that we can pilot with a
third party in a narrow context, particular diseases,
particular patient, cohort, to think about. Now, and
it might be going on at FDA and 1°m just unaware, but
I’ve never seen --

DR. GOLDMAN: 1 think that’s a good idea. You
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know, and there are other agencies like PCORI and
others that fund research like that. Maybe even NIH
you might be able to somehow engage some resources.

DR. GOTTLIEB: I will say, you know, on the first
question or your comments about, you know, having the
data accessible. 1 think one of the long term goals
would be to try to build a system. We spend the most
money on the purchase of the data and then cleaning the
data in a way that it can be consolidated and
interoperable. That’s where we spend the most money on
things like Sentinel. And that’s an enormous
investment. And if we’re going to be able to create a
repository like that that is, you know, highly valuable
in which we’re making important regulatory decisions,
ultimately we’d want to make that accessible. Not just
to academic groups, but also to industry. |1 mean if
we’re making decisions based on a dataset | do believe
that dataset should be subject to public interrogation.

And so that is absolutely the long term vision.
And 1 think it could become helpful not just to third
parties who want to assess important public health

questions, but even to the industry that might be able
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to use the same data to help facilitate development.

I do worry, getting to something you mentioned, |
think you were eluding to this, I do worry that we’re
entering an environment where the data itself is so
ubiquitous and cheap to obtain that everyone who 1is
contemplating on trying to build a decision-making tool
says, oh, 1’1l just do it on my own. Because, you
know, the data is easy to get and we have it, so we’ll
just build it separately. And what we’re ending up
with is multiple silos or multiple systems and tools
for trying to assess clinical data and make decisions
on the basis of it. And 1 think FDA has a unique
opportunity to try to bring a long of those
stakeholders together and build a better system, if you
will, a better mousetrap, you know, with the proper
resources and focus.

DR. GOLDMAN: I was eluding that, Scott, and that
is a big problem that, you know, that we’re all going
to have to address. In that it’s easy to acquire the
data and easy to make numbers from it, but that doesn’t
mean that they have epidemiology skills or other, you

know, other skills.
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DR. GOTTLIEB: Right. Thank you.

DR. MCLELLAN: Sean.

DR. KHOZIN: Thank you, Mr. Commissioner. Your
talk is very inspiring, you know. 1 just want to bring
some of my personal experience and also some thought.

I have a center funded by NIH. 1°m the Director and
the PI. 1t’s called Center for Excellence for
Computational Drug Abuse Research. And with those we
have occurring a lot of the data, including all the
data we publish in nature and [inaudible] and for
specific, including for cardiovascular chemical genomic
knowledge base and Alzheimer chemical genomic knowledge
base. And the stem cell and the drug abuse research.
So those are including chemical and drug and clinical
phase 1, phase 1l molecule, small molecule to protein
to gene and the pathway, all the [inaudible] will
integrate together.

So our experience is that we find even it we buy
data from insurance company or we access the data from
Alzheimer clinical research center, a lot of the data
is not carried well. 1It’s a lot of risk to using those

junk data. 1 think 1 agree with Barbara and Lynn is if
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the partner was academic we can curate It and benchmark
data published will make your data more valuable. And
that’s just something 1 can [inaudible].

We have consulting with FDA building an allergen
projection and database we published. Our prediction
is better the experiment data too.

DR. GOTTLIEB: Yeah.

DR. KHOZIN: Yeah. So those are things that we
can do. Second, if you allow me to ask a second
question. | remember last November or something we
came here for the meeting, you mentioned about
alternative to animal study. Because animal less than
ten percent accuracy transformed to the human data. |1
don’t know anything FDA have created initiative for
that? Because all [inaudible] creating a virtual
animal for the last seven years.

DR. GOTTLIEB: So on the second question, we laid
out our toxicology roadmap probably about six months
ago, five months ago.

UNIDENTIFIED SPEAKER: Yeah. Six months ago.

DR. GOTTLIEB: Which 1 --

UNIDENTIFIED SPEAKER: Predictive toxicology,
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yeah.

DR. GOTTLIEB: Yeah. Which predictive toxicology
roadmap, which outlined, you know, the various policy
initiatives that we’re undertaking to try to pursue
better tools that could be complimentary to and
ultimately supplant some of the animal testing. If we
can develop a better predictive model that’s a cell
based assay rather than doing something in animals,
ultimately we’d want to do that. | think in the long
run It would be cost savings. Maybe in the short term
it might cost more because some of these predictive
models are proprietary and expensive. But in the long
term it would be probably cost saving and help
facilitate lower cost development. Obviously it has
the important benefit of not exposing animals
unnecessarily to testing and, you know, the issues
associated with that, which we are acutely sensitive to
here at the Agency. So that is a goal.

I would just comment on the first -- your first
points. And your points are well received. | think
one of the goals that we would want to do with this

initiative that we’ve put forward in the budget, in the
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FY-19 budget, is try to get more data collected in a
way where it was being collected for the purpose for
which we’re using 1t. Right now a lot of the data that
we use Is data that’s collected for other purposes and
we spend a lot of time trying to annotate it and, you
know, massage it into a form In which It can be
applicable to the purpose for which we’re using iIt.
But if we were more proactive and had the resources and
capabilities to do it we could actually be proactively
collecting data for the purposes in which we’re
ultimately going to be using it. And that would be
part of the long term vision. And these aren’t hard
things to do. | mean the tools for doing this and the
expertise for doing this is fully achievable.

DR. KHOZIN: Thank you.

DR. MCLELLAN: Scott.

DR. STEELE: First, thank you for comments and
taking time to join us. 1 was on the internal
knowledge management system, | was just curious if you
saw any alignment with Open FDA and other parts of what
Office of Health Informatics is doing. 1 know we’ve

heard from in the past, but 1 didn’t know how you --
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what their role would be or what --

DR. GOTTLIEB: Yeah. Okay. So is she here from
Open FDA?

UNIDENTIFIED SPEAKER: Yes, Elaine Johanson.

DR. GOTTLIEB: Do you want -- do you have a
comment? | don’t want to put you on the spot. Sorry.

Come to the table. He just thought you had a lot of
activity going on in that space if that can contribute
to this.

MS. JOHANSON: Yes. Actually, yeah, we have a lot
of information that we’ve been pulling from all over
the Agency and making public through Open FDA. And
we’re also developing some widgets that can be used in
external applications to pull data directly from say
patient advocacy groups or people like that. So we’re
doing a lot of work in that area. We want to be able
to collect the identify data, not with the, you know,
privacy data included because that isn’t as critical to
us. But we do need to know the patient preferences
information. And the other aspect of that is being
able to provide a large amount of data to them.

So right now the Open FDA data we do curate some
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of it and we do provide some metadata, et cetera. But
what we don’t do is we provide It externally for other
organizations to develop tools to consume it. What
we’re trying to do now is be able to develop some tools
where we can actually present that data from our
perspective, but do it by leveraging other
applications.

So that’s what we’re busy working on, so that
could certainly tie very well into what the
Commissioner is talking about. It fits very neatly
into that idea. And we are working on gquestionnaire
processes and things like that with different groups
throughout FDA. Is that helpful?

DR. MCLELLAN: Cynthia.

DR. AFSHARI: So one comment. And certainly I
benefit from all of the comments of the other Board
Members ahead of me and express ethusiasm for what we
heard today