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SHARON F. TERRY is President and CEO of Genetic Alliance, a civic
enterprise engaging individuals, families and communities to transform
health. Genetic Alliance works to provide programs, products and tools for

ordinary people to take charge of their health and to further research.

As ‘just a Mom’ with a master’s degree in Theology, she cofounded PXE
International, a research advocacy organization for the genetic condition

pseudoxanthoma elasticum (PXE), in response to the diagnosis of PXE in

her two children in 1994. With her husband, she co-discovered the ABCC6
gene, patented it to ensure ethical stewardship in 2000. She subsequently developed a diagnostic test and

conducts clinical trials. She is the author of 150 peer-reviewed papers, of which 30 are clinical PXE studies.

She serves in a leadership role on many major international and national organizations, including the
Precision Medicine Initiative Cohort Advisory Panel. She is on the editorial boards of several journals. She led
the coalition that was instrumental in the passage of the Genetic Information Nondiscrimination Act. She
received an honorary doctorate from lona College for her community engagement work in 2006; the
Research!America Distinguished Organization Advocacy Award in 2009; and the Clinical Research Forum and
Foundation’s Annual Award for Leadership in Public Advocacy in 2011. She is Co-Pl of the PCORnet
Coordinating Center. She is a member of the Blue Ribbon Panel’s Working Group on Enhanced Data Sharing

for the Cancer Moonshot.

Terry is an Ashoka Fellow. With her husband Patrick, she is an avid paragliding pilot, rock climber and

weekend farmer.
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lliness is the night-side of life, a more
onerous citizenship. Everyone who is born
holds dual citizenship, in the kingdom of
the well and in the kingdom of the sick.
Although we all prefer to use only the good
passport, sooner or later each of us is
obliged, at least for a spell, to identify
ourselves as citizens of that other place.

-Susan Sontag
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Genetic Alliance

A network of ~10,000 health organizations: advocacy, research, clinical,
policy, public health

Striving to recognize people are the center — people-centered design

Through convening, activism, tools, policy revolutions




President Bush Signs the Genetic Information
Nondiscrimination Act (GINA) into Law
May 21, 2008

The passage of GINA is the culmination of thirteen years of dedication and perseverance from
the entire genetics community, led by the Coalition for Genetic Fairness, and more than 500
Congressional offices on Capitol Hill.

Genetic Alliance Projects

¢ http://www.geneticalliance.org

e http://www.babysfirsttest.org

e http://www.babysfirsttest.org/spanish
¢ http://www.Genesinlife.org

¢ http://www.diseaseinfosearch

e http://www.ginahelp.org

¢ https://www.peerplatform.org

¢ http://www.biobank.org

¢ http://www.geneticalliance.org/nets
e http://free-the-data.org

e https://www.trialsfinder.org

e https://www.reg4all.org



http://www.geneticalliance.org/
http://www.babysfirsttest.org/spanish
http://www.genesinlife.org/
http://www.diseaseinfosearch/
http://www.ginahelp.org/
http://www.biobank.org/
http://www.geneticalliance.org/nets
http://free-the-data.org/
https://www.trialsfinder.org/
https://www.reg4all.org/

Engaging Communities and Participants

* Partners
— Not patients, co-investigators
— Not ‘at the table’, planning the meal
Frictionless
— In communities, with community leaders
— Where we live and play, in our pathway
* Relevance/Value/Benefit

— Our questions, meet needs

— Results are visible and tangible

— Solve my problems while you solve yours
* Beyond advocates and advocacy to affinity

Watch our language

“When we LET patients...
— Engage
— Participate
— Partner

If this is real, then we are not LETTING
patients come in or be part, we ARE
partners, no need for permission...




Discover Shared and
Divergent Values

Not consent, engagement,
which powers human-centered
design

Evolving PROCESS




What do personal data collection tools look like in 2016?
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iMapMyRUN+  iMapMyRIDE+  iMapMyWALK iMapMyFITNESS iMapMyHIKE




World of Wearable Technology Applications:
Towards Function With Style
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It’s NOT about Educating

* Flyers

* Brochures

* Newspaper ads
* Bus stop tear offs
* Seminars




People don’t need to be ‘educated’
to:

e Use Facebook
* Find a sale
* Know when their TV shows air

* Increase uptake of apps and use them in huge
numbers —
— Waze
— Twitter
— The Bump (even health and wellness)

Reasons Little Participation

* Cottage industry

— Fear of, regulation of, and no funding, for
“advertising”

— Little focus on newer communication modalities
* Little incentive to participate
— What does this have to do with me?

— Don’t perfect interventions magically appear
when | need them?

 Difficult to participate
— Inconvienent, lots of friction
— Cumbersome




In other industries:

* Co-design
* Consumer testing

* Consumer preference
analysis

* Responsiveness

Lean Start-up

R
Innovation




Patient Engagement Across the Clinical Trial Continuum

+ Help finalize eligibility Serve on a Data « Serve on FDA
criteria within the Safety Monitoring advisory committees
study protocol Board « Provide testimony at
Assist in creating the Report on patient FDA hearings
informed consent feedback regarding
form sites, investigators

Advise on study and study experience

recruitment
Serve on study
steering committee

Post
approval
surveillance

Development
plan

= Interest of research Infrastructure support . e fe » Advise on PAS
question to patient i Y design (expectations
community study design (barriers y of patient community)
Provide information to participation) esults Serve on post-market
on unmet need and Support trial Y surveillance
therapeutic burden T — pants initiatives
Funding for research recruitment
or product P
development

cer advo
informed conse
procedure « Co-present results

Adapted from Parkinson’s Disease Foundation materials www.ctti-clinicaltrials.org 55 CTTI

Navigating the Ecosystem of
Translational Science
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geneticalliance.org/NETS

Basic science: Research
& knowl

Purified Assay
Protein  development
Hypothesis i e

Biomedical
informatics

Cheminformatics

Cell lines Animal Molecular —
models pathway Compound
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—— Mictes
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Translational
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trials (safety, perspective practice
POCC, dose, )*
Clinical Insurance
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Re-evaluate Phase 3 2 reimburse-
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discontinue (safety, efficacy) PP therapy
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Our national clinical research
system is well-intentioned but flawed

|

We are not generating the evidence we need to support the healthcare
decisions that patients and their doctors have to make every day.

High percentage of decisions are not supported by evidence
Health outcomes and disparities are not improving
Current clinical research system faces several problems:

Doesn’t answer Too Too expensive
questions that matter slow
most to people

29

We can improve

trustworthy, high-quality data from health systems,
people and partnerships to bring
O people the real-world answers they seek?

I What if we could have at our fingertips

k What if we could decrease the time it
takes to get clinical insights?

What if we could achieve significant cost
savings over a traditional clinical study?

30




PCORnNet: the National Patient-

Centered Clinical Research Network

PCORnet is a large, highly representative,
national patient-centered clinical research
network.

Our vision is to support a learning U.S.

healthcare system and to enable large-

scale clinical research conducted with
e enhanced quality and efficiency.

ﬁ\ Our mission is to enable faster, more
trustworthy clinical research that helps
people make informed health decisions.

31

With PCORnet, we have developed a nationwide functional
research network that...

Engages people, clinicians, and health system leaders
throughout

Creates infrastructure, tools, and policies to support
rapid, efficient clinical research

Utilizes multiple data sources including electronic
health records, insurance claims data, data reported
directly by people, and other data sources

32




PCORnet embodies a “community of research”
by uniting people, clinicians & systems

Patient-Powered Research

Networks (PPRNS)

20

13

PCORnet

4 Clinical Data Research = A national infrastructure
Networks (CDRNS) for people-centered

clinical research

33
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ArtrrmsPower

XX CCFA Partners

Rare Epilepsy Network

cena
AGOPD PPRN

DuchenneConnect

7o Health eHeart”

PPRNs

American BRCA Outcomes and Utilization of
Testing Patient-Powered Research Network

ABOUT Network

University of South Florida

ARthritis patient Partnership with comparative
Effectiveness Researchers (AR-POWER PPRN)
Global Healthy Living Foundation

CCFA Partners Patient Powered Research Network
Crohn’s and Colitis Foundation of America

Collaborative Patient-Centered Rare Epilepsy

Network (REN
Epilepsy Foundation

Community and Patient-Partnered Centers of
Excellence for Behavioral Health
University of California Los Angeles

Community-Engaged Network for All (CENA)
GeneticAlliance, Inc.

COPD Patient Powered Research Network
COPD Foundation

DuchenneConnect Registry Network
Parent Project Muscular Dystrophy

Health eHeart Alliance
University of California, San Francisco (UCSF)

Q) MPROVECARENOW

ImproveCareNow: A Learning Health System for
Children with Crohn’s Disease and Ulcerative Colitis
Cincinnati Children’s Hospital Medical Center

Interactive Autism Network

l 0 n \'nlteracrh\ﬁ

Mood:
S’

liconquerms|

Kennedy Krieger Institute

Mood Patient-Powered Research Network
Massachusetts General Hospital

Multiple Sclerosis Patient-Powered Research Network

= THE
PRIDE
STUDY

_V/PPRN

Accelerated Cure Project for Multiple Sclerosis

National Alzheimer’s and Dementia Patient and
Caregiver-Powered Research Network
Mayo Clinic

NephCure Kidney International
Arbor Research Collaborative for Health

Patients, Advocates and Rheumatology Teams Network
for Research and Service (PARTNERS) Consortium
Duke University

Phelan-McDermid Syndrome Data Network
Phelan-McDermid Syndrome Foundation

Pl Patient Research Connection: PI-CONNECT
Immune Deficiency Foundation

Population Research in Identity and Disparities for
Equality Patient-Powered Research Network
PRIDEnet]

University of California San Francisco

Vasculitis Patient Powered Research Network
University of Pennsylvania
34



http://pcornet.org/patient-powered-research-networks/pprn8-university-of-south-florida/
http://pcornet.org/patient-powered-research-networks/pprn4-global-health-living-foundation/
http://pcornet.org/patient-powered-research-networks/pprn3-crohns-and-colitis-foundation-of-america/
http://pcornet.org/patient-powered-research-networks/pprn17-epilepsy-foundation/
http://pcornet.org/patient-powered-research-networks/community-and-patient-partnered-centers-of-excellence-phase-ii/
http://pcornet.org/patient-powered-research-networks/pprn18-genetic-alliance-inc/
http://pcornet.org/patient-powered-research-networks/pprn6-copd-foundation/
http://pcornet.org/patient-powered-research-networks/pprn15-parent-project-muscular-dystrophy/
http://pcornet.org/patient-powered-research-networks/pprn1-university-of-california-san-francisco-ucsf/
http://pcornet.org/patient-powered-research-networks/pprn2-cincinnati-childrens-hospital-medical-center/
http://pcornet.org/patient-powered-research-networks/interactive-autism-network-phase-ii/
http://pcornet.org/patient-powered-research-networks/pprn9-massachusetts-general-hospital/
http://pcornet.org/patient-powered-research-networks/pprn7-accelerated-cure-project-for-multiple-sclerosis/
http://pcornet.org/patient-powered-research-networks/national-alzheimers-dementia-patient-caregiver-powered-research-network-phase-ii/
http://pcornet.org/patient-powered-research-networks/pprn16-arbor-research-collaborative-for-health/
http://pcornet.org/patient-powered-research-networks/pprn10/
http://pcornet.org/patient-powered-research-networks/pprn12-phelan-mcdermid-syndrome-foundation/
http://pcornet.org/patient-powered-research-networks/pprn13-immune-deficiency-foundation/
http://pcornet.org/patient-powered-research-networks/population-research-in-identity-and-disparities-for-equality-patient-powered-research-network-pride-pprn-phase-ii/
http://pcornet.org/patient-powered-research-networks/pprn14-university-of-pennsylvania/

CDRNs

Accelerating Data Value Across a National 4@ PEDSret National PEDSnet: A Pediatric Learning
ADVANCE Community Health Center Network P Health System

ADVANCE The Children’s Hospital of Philadelphia

Oregon Community Health Information

Network (OCHIN) i NYC-CORN New York City Clinical Data Research

i New York City Clinical

Data Research Metwork  Network (NYC-CDRN

Chicago Area Patient Centered Outcomes Weill Medical College of Cornell University

Research Network (CAPriCORN

The Chicago Community Trust § Onefloricle OnefFlorida Clinical Data Research Network

University of Florida

Greater Plains Collaborative (GPC

University of Kansas Medical Center I T Patient-Centered Network of Learning Health
L!:I.SNet Systems (LHSNet

Kaiser Permanente & Strategic Partners e Mayo Clinic

Patient Outcomes Research To Advance

Learning (PORTAL) Network Patient-oriented SCAlable National Network

Kaiser Foundation Research Institute pSCA ER for Effectiveness Research (pSCANNER)

University of California, San Diego (UCSD)
Research Action for Health Network

&9 REACHNet  (esearch i

aTH Netwark  PaTH: Towards a Learning Health System

st s st

Louisiana Public Health Institute (LPHI) University of Pittsburgh
Mid-South CDRN Scalable Collaborative Infrastructure for a
Vanderbilt University Learning Healthcare System (SCILHS

Harvard University

35
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system
with unparalleled research
® © & & & O * J ]
ol [l dhidaids
Number of people with data available
Race in PCORnet to date:

~145 Million

~

Age
*Based on data from 57 DataMarts as of July 15, 2016
0 j 65+
® @ © & & & & & & & & & 9 0
Pool of
patients

For clinical trials 42,545,341

For observational studies 83,131,450

36
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http://pcornet.org/clinical-data-research-networks/cdrn10-oregon-community-health-information-network-ochin/
http://pcornet.org/clinical-data-research-networks/cdrn9-the-chicago-community-trust/
http://pcornet.org/clinical-data-research-networks/cdrn4-university-of-kansas-medical-center-great-plains-collaborative/
http://pcornet.org/clinical-data-research-networks/cdrn5-kaiser-foundation-research-institute/
http://wp.me/P4wpOn-4E
http://pcornet.org/clinical-data-research-networks/cdrn2-vanderbilt-university-mid-south-cdrn/
http://pcornet.org/clinical-data-research-networks/cdrn7-the-childrens-hospital-of-philadelphia/
http://pcornet.org/clinical-data-research-networks/cdrn8-weill-medical-college-of-cornell-university/
http://pcornet.org/clinical-data-research-networks/one-florida-clinical-data-research-network/
http://pcornet.org/clinical-data-research-networks/patient-centered-network-of-learning-health-systems-lhsnet-phase-ii/
http://pcornet.org/clinical-data-research-networks/cdrn3-university-of-california-san-diego-ucsd-pscanner/
http://pcornet.org/clinical-data-research-networks/cdrn11-university-of-pittsburgh/
http://pcornet.org/clinical-data-research-networks/cdrn1-harvard-university-scihls/

(PEER)

Platform for Engaging Everyone Responsibly
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Public Views on Privacy and Health Research*

Study commissioned by Institute of Medicine (2009)
and conducted by Dr. Alan F. Westin

g, Pivacy Rt
< Roses®
e — Q i to use my Consent is not needed if my identity will never I would not want researchers
“’,*Sinm‘;‘mjnl‘\.«n?m oo sent at all... be revealed and the study is IRB supervised... to contact me or to use my
Yaoout s | ) (similar to HIPAA/Common Rule) data under any circumstance...

‘illing to give general consent in advance
r use of my data without being contacte

lar to Portable Legal

48%

24%
16.5%

(Effectively an Opt-out)
Want each study seeking to use my data to contact me
in advance and to get my specific consent each time...

(“Dynamic Consent” model)

s expressing an opinion. An additional 20% of the persons surveyed indicated that they were “Not sure.”

. ...Adjust dynamic and granular settings as values
and priorities change over time

Privacy Set Up:

Individual registers and
sets privacy preferences
using PrivacyLayer®

Set-up:

embeds a PEER entry point
into its website

Trusted organization simply

PEER: Creating an environment of trust

Data Access:
Data Seekers access health data and
contact information, as authorized

r
D Allow ata SeeKers

@ Prohibit

Privacy
Directives

© Ask Me

dividual provides health
data through survey questions
(or, in future, from their EHR)




“Guides” Help Participants Decide Upon Permissions
User can set for each member of her family, or use
an existing group of settings as the basis fgr others

Privacy Settings Sign Out

Select a guide : [l ForNewuser  +

ot your priva

y prof nanually, or t @ uide

concerns about privacy 1 0 Quide Who You Know, Of whose experion:

Sarah Haislip

Maryluz Fu
South Reglonal Co-Leader for the Daughters of a

‘Audit log for all
activity is available

Dr Fuentes is a physician Board cen "

medicing currently In DIVale DIacice for review at any

dagnosed with igopathic Pumonary time
elatively young age of 47. Her raining in primary
allows her 10 be part of the leam that ¢

Attending Fa
Pulmonary Fibrosis o RS
'm a South Regional Co-leader for the Daughters of
Puimonary Fibrosis, a sisternood for the Coalition
for Pulmonary Fibrosis (CPF). | lost my dad back in
April of 2012, he was only 62 years old. Fighting for
this cause has become a passion of mine

A

c
evosee |, . oee. Yoo
George Lapides Create Preferen
74 year old Sports Journalist Living with IPF . Nocw s comiortelts
| am 74-year old mostly retired sports joumalist 10 set your preferences ma Roquirgg Youry,
although | stil Nost 3 spors talk Show on radio in Set prefer y — *tlon
Memphis three days a week for one hour a show. > D'y“namic
My show is in its 43rd year, making & — by far — the > t b
longest running sports talk show in the co ~.consents may be
More >> o
oo voe 0ee. 200 v L setfroma

I
"'“-' computer or a

PRIVACY
ASSURED

©)

PRIVACY
ASSURED

Set privacy settings

Privacy settings have not been set for this profile!

~ Select Bob's preferred privacy settings.

P u N Sharon suggested settings for persons with: | Low concerns about privacy B ]
| - P 1. Choose a level of concern about privacy that more closely reflects your views. |
=1 2.To accept Sharon's suggested privacy settings shown below, click *Accept and continue'.

= 3. 1f not, either click ‘Customize' to refine these settings, or 'Go Back’ to choose a different guide.

What's this?

Who can access your data and for what purpose... Find/Analyze Export/Link Get Contact
Click any column or row name for more information excoptfornameand except for name and find, view, use and
contact details contact details export contact details
|~ Pancan
Pancreatic Cancer Action Network (PanCAN) V Allow ¥ Allow V Allow
Researchers recommended by PanCAN ¥ Allow ¥ Allow v Allow
~ Other Researchers
Researchers addressing your condition ¥ Allow ¥ Allow  Allow
All researchers ¥ Allow A Ask Me A Ask Me
 Data Analysis Platforms
Patient-Centered Outcomes Research Network ¥ Allow A Ask Me NA
Newly-Released Data Analysis Piatforms A Ask Me 4 Ask Me NA

» Choose a guide or manually create Bob's privacy settings...




“Gamified” Interface for Questions and Answers

Questions appear in a dynamic user interface, and

provide immediate feedback on how others
responded to the same question...

Participants can review their prior answers,
make updates and/or remove the data at
any time.

Questions My Answers My Progress

| feel well informed about my health...

notatall

| extremely

Don't know Skip

feedback on question (4)

One or both my parents smoked in the house during my childhood or adolescence...

48% | never

5% | sometimes

26% o Al ways

Don't know Skip

feedback on question (0)

Matchmaking
on Genotype and Phenotype

single Single
nuceotides INDEL mutations.
Phenotypic
presentation
Trait 1
Trait 2
Trait 3
Trait n
i You (your child) match with:
characteristics
Attiibote 1 HSeizures, grand mal, age 5 onset
Attribute 2 HLow tone
Praiar, BProgressive cognitive disability
s BHydrocephalus
} MICerebral palsy
AiEate BlAggressive behavior
Filters:
HAge 10to0 20
EUnited States

Found: 24 individuals
17 have enabled sharing (ALLOW), 7 have indicated ASK ME
4 with exomes, 1 with genome, 15 extensive panels, 4 no testing




Mosaic: crowd-sourced research

ity of California San Francisco About UCSF Search UCSF UCSF Medical Center

h % . I8 Powered by CTSI at UCSF
' osaic

Your voice in research

==
Share Discuss

Revise n' Collaborate

Create

WORK TOGETHER
TO CREATE A
RESEARCH PLAN

CONDUCT THE

SHARE IDEAS ONLINE RESEARCH

Mosaic brings people together with different perspectives to design and conduct
medical research. Mosaic uses crowdsourcing to develop research studies with input

from patients and their families, disease advocates, researchers and healthcare .
providers. ®
Medical research is stronger when all voices are heard and valued. ..

> Learn more about the process

Genomera / All Studies
+ /% htp:1genomera.com/studies

Washcut o supplemants)
%) iactive 8.0 / Standard mutvitamin W00 mog of Falc Acid daily)
Acte B9 (100 meg of L-Methyfcate dady)

Processing Reality: Impact of Dopamine Modulation on Memory Filtering s o o

weh ongoing reasey.

Homacysteine Level (umolL) *

Cenomera / Vitamin B-9 and MTHFR variants
4] hrip:/ [genomera.com/studies Wiamin-b-9-ang-mhfr-variants

hohitoand 2 gENOMera

Vitamin B-9 and MTHFR variants

Butter Mind Participants
Seindoioioh I .
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Vitamin D St|

o resch earmin O's |

Veranta: 21043945, |
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Pediatric Symposium:
Focus on Pediatric Rare Diseases

November 6, 2014

Y4 Progeria
Research Foundation
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Audrey Gordon, Esq.
President, Executive Director - The Progeria Research Foundation

PRF Programs: Collaborations For Success
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PRF Programs: It All Starts With The Children

Patient Our participants come
from all over the world.
They find us through
Reteral our outreach - the PRF
website, social media,

) publications, television
Intemational . .
Progeria documentaries, their
Registry .
doctors, neighbors,
friends and family.

?O

Diagnostics
Program

Cell & Medical &
Tissue Research
Bank Database

- Weighing-
Preclinical
_—

Y Progeria
Research Foundation

Growth of Global Interest in Progeria Research

Research Grants:
54 projects ($6 million) to
51 researchers in 10 countries

l

Scientific Workshops:
11 International
conferences
(30-40% participation
increase)

Y Progeria
Research Foundation




Progeria Publications Trend
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Muscular Dystrophy

Leading the Duch

Our Mission:

To improve the treatment, quality of life and long-
term outlook for all individuals affected by
Duchenne muscular dystrophy through research,
education, advocacy and compassion.

Leading the Duchenne muscular dystrophy community E{aurfg}]ar cai:r?phy




A Drug Development Pipeline in
Duchenne Full of Potential

Drug Sponsor Preclinical Phasel Phaself/ll Phasell Phaselll
Candidate
Ataburen FTC Therapeutics >
CAT 1004 Cataasls ——-
Catena santhera >
Drisapersen Frasensa >
renane Naticnwide
eke Childrerrs ’
Eteplirsen Sarepts P
Anti GDF-B Phier ——
i »
Follistatin/AAy  Maticnwide »
Gene Therapy Childrests
HT-100 Halo ’
Isafen PRMD —
PRO 48 Prasens >
»
PRO 45 Prasenss I
MO Prosensa —————
SMCT-1100 .
.
sunphenon ! iy,
Epigallocatechin  Bert™ ’

Gallate
Tadalafil

v

Informed Public Drives All Stages of Clinical Research

* Participant perspective to study design
— Protocol Design and Review
— IRB
— Data safety monitoring boards
— Data sharing
* Engagement — more than consent, recruitment and
retention
— Reasonable compliance - AIDS Community examples
— Enhanced community education
— Better cohort accrual - Herceptin example
— Improve participant retention
* Analysis, results, dissemination, integration into
practice

* Advance public trust in research




Culture Challenge

Non-paternal (maternal)-istic
Share investigation, partners

Set the passion of people on fire, it will fuel the
cultural transformation — not just enroliment for
you study

Engagement has to be = to other aspects

Build a trustworthy environment, don’t ask
participants to trust you

Face our fears — this will be weird at first
Participants/partners accountable too

Transparency — make mistakes, apologize, move
on
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Contact Information

JACAY,
DA K B4
Genetic Alliance

For more information:
Sharon Terry
CEO and President
Genetic Alliance

(202) 966-5557, Ext. 202
sterry@geneticalliance.org

GeneticAlliance.org
DiseaselnfoSearch.org
PeerPlatform.org

PCORnet.org
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