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FOCUS ON 
PATIENTS

FACILITATE
COLLABORATION

IMPROVE 
POLICIES

ENCOURAGE 
STRATEGIC CAPITAL



We build a culture of participation in research.

We convene innovators, ideas, and initiatives.

We ensure that policies support research and innovation.





Source: Research!America, “U.S. Investments in Medical and Health Research and Development, 
2013-2016”
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“…patient groups with 
an entrepreneurial bent 
have become the drug 

industry’s
new power brokers.”  

- Forbes

…Frustrated with the sluggishness, or 
nonexistence, of medical research…a 
small band of wealthy parents whose 
children have serious illnesses are 
spending millions of dollars to fund 
drug development...The principles 
they apply in their jobs -- managing 
complicated tasks, making 
investments and expecting positive 
results -- translate to their new 
endeavors.



Cystic Fibrosis Foundation Sells Drug’s Rights for 
$3.3 Billion

How Science and Strategic Collaboration Led to 
a New, “Personalized” Cystic Fibrosis Treatment 
for Some Patients

     The unique and mutually beneficial partnership that 
led to the approval of Kalydeco serves as a great 
model for what companies and patient groups can 
achieve if they collaborate on drug development,” 
said FDA Commissioner Margaret A. Hamburg.

“ 



TRAIN’s objectives are:
1.To enhance the influence of the network
2.To encourage more entrepreneurial philanthropy 

in medical research
3.To build more and better networks with other 

R&D stakeholders
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http://www.fastercures.org/programs/patients-count/






DIABETES | COALITION OF DIABETES GROUPS AND PATIENTS INCLUDING 

DIATRIBE AND JDRF 

•In preparation for a 2014 FDA webcast meeting on unmet medical need in diabetes, 

diaTRIBE gathered more than 7,500 responses to a patient survey. Survey results and the 

meeting heightened FDA’s understanding about the many outcomes important to patients 

besides the “gold standard” hemoglobin (Hb) A1C level. 

•JDRF and the Leona M. and Harry B. Helmsley Charitable Trust are currently sponsoring a 

patient preference study to better document patient preferences for treatment benefits and 

priority outcomes of therapies.



PARKINSON’S DISEASE (PD) | MICHAEL J. FOX FOUNDATION FOR PARKINSON’S 

RESEARCH (MJFF)
•In 2014, MJFF found that payers were not educated on the science of PD and had no understanding of 

the endpoints used in therapy development. MJFF highlighted the need to collect data that would close 

the gaps between regulator and payer. 

•Following the market research and payer workshop, MJFF collected data on patient perspectives on the 

burden of disease, starting with “off-time”. It quickly received more than 3,000 responses to a survey. 

•MJFF-grantee Impax Pharmaceuticals received FDA approval for Rytary, which showed benefit in clinical 

trials of reducing off-time by 1.5 hours per day. Newron received FDA approval for Xadago, shown in 

clinical trials to reduce off-time. 



PSORIASIS | NATIONAL PSORIASIS FOUNDATION (NPF)
•When the Institute for Clinical and Economic Review (ICER) announced its intention in 2015 to evaluate 

eight treatments for moderate to severe plaque psoriasis, NPF geared up for a year-long engagement to 

ensure that patient perspectives were reflected in the assessment. 

•NPF highlighted the complexity of psoriasis, challenges in disease management, and pervasive impacts 

of the disease and at an in-person meeting experts deliberated and voted on the value each therapy 

presented to the system. 

•NPF’s participation in the process yielded substantive changes from the draft report to ICER’s final 

assessment that all eight of the treatments offer a good value.
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National Academies Workshop May 16th 
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