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Maturing Disease Advocacy
Å 1950s-1960s ïMedical Models
ï Voluntary Health Agencies

Å 1970s ïNascent Patient Movement  ïMissing Services
ï Self-organized Disease Specific Organizations 

Å 1980s ïMaturing Patient Movement  ïIS & IT Technology
ï New Alliances and New Strategies Emerge, industry alliances

Å 1990s ïPowerful Momentum Patient Power ïWebsites & Email
ï Institutionalized Advocacy Coalitions
ï Patient Organized Networked Research Organizations
ï Effecting Broad Change of Public Policy

Å 2000s ïSuccessful Models Research Advocacy ïBioBanks
ï Active Engagement in the Research Enterprise
ï Breaking Conventional Boundaries of the Medical Model
ï Demand for Quality, Services, Choice, & Personalized Delivery
ï Patient Rights Public Policy ïChanging the Status-Quo

Å 2010s ïNetworks in the Commons ïTranslation & Delivery



Genetic Alliance engages individuals, 
families, and communities to 

transform health.

2003: Registry and BioBankfounded



PCORnet: the National Patient-Centered 
Clinical Research Network

The goalƻŦ t/hwLΩǎ bŀǘƛƻƴŀƭ tŀǘƛŜƴǘ-Centered Clinical 
Research Network Program is to ƛƳǇǊƻǾŜ ǘƘŜ ƴŀǘƛƻƴΩǎ 
capacity to conduct CER efficiently, by creating a large, 
highly representative, national patient-centered clinical 
research networkfor conducting clinical outcomes 

research.

The vision is to support a learning US healthcare system, 
which would allow for large-scale researchto be conducted 
with enhanced accuracy and efficiency.
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t/hwƴŜǘΥ ά¢ƘŜ bŀǘƛƻƴŀƭ tŀǘƛŜƴǘ-/ŜƴǘŜǊŜŘ /ƭƛƴƛŎŀƭ wŜǎŜŀǊŎƘ bŜǘǿƻǊƪέ

ï1000 researchers, traditional and lay

ï29 funded entities covering all 50 states

ïFocus on patient-centered outcomes research

ïbƻ άƻƴŜ ǎƛȊŜ Ŧƛǘǎ ŀƭƭέ

ïCommunity Engaged Network for All (CENA)

ï9 disease-specific advocacy organizations, UCSF, UCD

ïFrom hepatitis (affects millions) to Alström syndrome 
(affects a several hundred)
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/ƭƛƴƛŎŀƭ 5ŀǘŀ wŜǎŜŀǊŎƘ bŜǘǿƻǊƪΩǎ 5ƛǎŜŀǎŜ /ƻƘƻǊǘǎ

Organization CommonCohort Rare Cohort

ADVANCE Diabetes Co-infection with HIV and hepatitis C virus

CAPriCORN Anemia; Asthma Sickle cell disease; Recurrent C. Difficile 
colitis

Great Plains 
Collaborative

Breast Cancer Amyotrophic Lateral Sclerosis (ALS)

Louisiana Clinical Data 
Research Network 

Diabetes Sickle Cell Disease, Rare Cancers

NYC-CDRN Diabetes Cystic fibrosis

Mid-South CDRN Coronary Heart Disease (CHD)Sickle Cell Disease (SCD)

PEDSNet Inflammatory bowel disease Hypoplastic left heart syndrome

PORTAL Colorectal Cancer Severe Congenital Heart Disease

pSCANNER Congestive Heart Failure Kawasaki Disease

P2ATH Atrial Fibrillation Idiopathic Pulmonary Fibrosis 

SCIHLS Osteoarthritis Pulmonary arterial hypertension
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Patient Powered Research Networks span a range of conditions 

Organization PI Condition Proposed 
PPRN 
Population
Size

Accelerated Cure Project for 
Multiple Sclerosis

Robert McBurney Multiple Sclerosis 20,000

American Sleep Apnea AssociationSusan Redline Sleep Apnea 50,000

Cincinnati Children's Hospital 
Medical Center

Peter Margolis Pediatric Crohn's Disease and Ulcerative Colitis15,000

COPD Foundation Richard Mularski Chronic ObstructivePulmonary Disease 50,000

/ǊƻƘƴΩǎ ŀƴŘ /ƻƭƛǘƛǎ CƻǳƴŘŀǘƛƻƴ ƻŦ 
America 

R. Balfour Sartor LƴŦƭŀƳƳŀǘƻǊȅ .ƻǿŜƭ 5ƛǎŜŀǎŜ ό/ǊƻƘƴΩǎ ŘƛǎŜŀǎŜ ŀƴŘ 
ulcerative colitis)

30,000

Global Healthy Living FoundationSeth Ginsberg Arthritis (rheumatoid arthritis, spondyloarthritis), 
musculoskeletal disorders (osteoporosis), and 
inflammatory conditions (psoriasis)

50,000

Massachusetts General Hospital Andrew NierenbergMajor Depressive Disorder (MDD) and Bipolar 
Disorder (BP)

50,000

Univof California, San Francisco Mark Pletcher Cardiovascular health 100,000

University of South Florida Rebecca Sutphen Hereditary Breast and Ovarian Cancer (HBOC)17,000
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ΧΦƛƴ both rare and common disorders
Organization PI Condition Proposed 

PPRN 
Population
Size

ALD Connect, Inc Florian Eichler Adrenoleukodystrophy 3,000

Arbor Research 
Collaborative for 
Health

Bruce Robinson Primary Nephrotic Syndrome (Focal Segmental Glomerulosclerosis[FSGS], 
Minimal Change Disease [MCD], and Membranous Nephropathy [MN] Multiple 
Sclerosis

1,250

Duke University Laura Schanberg Juvenile Rheumatic Disease 9,000

Epilepsy Foundation JaniceBeulow AicardiSyndrome, Lennox-GastautSyndrome, Phelan-McDermidSyndrome, 
Hypothalamic Hamartoma, DravetSyndrome, and Tuberous Sclerosis

1,500

Genetic Alliance,Inc SharonTerry Alström syndrome ,Dyskeratosis congenital, Gaucher disease, Hepatitis, 
Inflammatory breast cancer, Joubert syndrome,Klinefeltersyndrome and 
associated conditions, Metachromatic leukodystrophy, Pseudoxanthoma 
elasticum (PXE)

50- 50,000

ImmuneDeficiency 
Foundation

Kathleen Sullivan Primary Immunodeficiency Diseases 1,250

Parent Project 
Muscular Dystrophy

Holly Peay Duchenneand Becker muscular dystrophy 4,000

Phelan-McDermid
Syndrome Foundation

aŜƎŀƴ hΩ.ƻȅƭŜPhelan-McDermidSyndrome 737

University of 
Pennsylvania

Peter Merkel Vasculitis 500 
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ΨwŜƎƛǎǘǊȅ ŀƴŘ BioBankƛƴ ŀ .ƻȄΩ

ÅAdd water and serve

Å5ŜƭƛǾŜǊ ΨǿƘƛǘŜ ƭŀōŜƭ ǇǊƻŘǳŎǘΩ

ÅDeliver technical assistance

ÅCooperative ςlearn from each other

ÅLow cost and driving lower

Å/ƻƳƳǳƴƛǘȅ ōŀǎŜŘ ŀƴŘ ƭƻŎŀƭ ǘǊǳǎǘŜŘ ŜƴǘƛǘƛŜǎΩ

ÅGlobal standards and rigor



Genetic Alliance Registry and BioBank Toolbox



CENA DAO Partners
ÅAlström Syndrome International

ÅDyskeratosis Congenita Outreach

ÅInflammatory Breast Cancer Research Foundation

ÅHepatitis Foundation International

ÅJoubert Syndrome Foundation

ÅKS&A

ÅMLD Foundation

ÅNational Gaucher Foundation

ÅPXE International



/ŀƴ ǿŜ ŎƻƴƴŜŎǘ ǿƛǘƘƻǳǘ ŀŘŘƛƴƎ ŦǊƛŎǘƛƻƴ ǘƻ ǇŜƻǇƭŜΩǎ ƭƛǾŜǎΚ

FitBit ® iPhone App

iPhone App

Wireless Scale

Twitter
Facebook



Needles in Haystacks

Needles in haystacks
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The haystack is made of 

needlesé
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Consent
ΧŎǳǊǊŜƴǘ methods of informed consent are challenged...



granular and dynamic engagement

not consent 
not a transaction

not binary
not tiered



Because people have vastly different views about privacy and sharing

Χ ōǳǘ ŀƭƭpatients need a fast, simple, intuitive
way to express their view (including in real time!)

(Personal Genome 

Project like-waiver)

(similar to Sageôs 

Portable Legal Consent)

(similar to HIPAA/Common Rule)

(ñDynamic Consentò model)

OPT-IN OPT-OUT


