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The Roles of the Patient Community In
Medical Product Development Are Far Reaching

• Patients are uniquely equipped to identify critical gaps and unmet needs 
in their disease areas, and to advocate for and develop collaborative 
solutions to meet those needs

– Advocacy
– Funding 
– Policy
– Regulation
– Science



“Nothing about us, without us”

Patient groups not content to be merely cheerleaders for research, they want 
and need to be involved at all stages



Promoting Research through Legislation

• User Fee Agreements (PDUFA/MDUFA/GDUFA/BSUFA) – allows FDA to 
collect fees from sponsors to fund the review of new medical products

– Re-authorized every 5 years – opportunity for the adoption of new legislation to improve or 
modernize components of the development and review process

– Stakeholders include patient groups, academics, and pharmaceutical/device companies, 
who meet publicly with FDA to determine the goals and provisions for each UFA 
reauthorization

• 21st Century Cures Act
– Incorporate patient experience/patient reported 

outcomes in the drug development process 
– Accelerate discoveries, streamline drug and device 

development process (Breakthrough Device 
Designation), and facilitate use of digital medicine 
for treatment delivery 



Promoting Research through Regulatory Policy
• FDA’s Patient Focused Drug Development Program

– Systematically gather patients’ perspectives on their condition and available 
therapies

*PhRMA



Promoting Research through Regulatory Policy

• FDA’s Patient Engagement Collaborative
– The Patient Engagement Collaborative (PEC) brings together 16 diverse 

representatives from the patient community to meet with the FDA several times a 
year and discuss how to achieve more meaningful patient engagement in medical 
product development and other regulatory discussions. The PEC, launched in 
December 2017, is a joint effort of CTTI and the FDA.



Promoting Research by Contributing to the 
Science

• Can define and help lead the scientific and clinical agenda for the field 
• Priorities are driven by the needs of patient members

– Biomarkers, Patient Reported Outcomes and “Real World Evidence”
• Provide/facilitate additional resources such as bio-banks and patient registries, e.g.

– Melanoma Research Alliance 
– Lungevity
– Chordoma Foundation
– Pancreatic Cancer Action Network
– Castleman Disease Collaborative Network



Promoting Research by Contributing to the 
Science

• Example: Multiple Myeloma Research Foundation
– Established the Multiple Myeloma Research Consortium to accelerate 

early phase clinical trials – a clinical network of 16 institutions which has advanced 
>20 compounds through trials

• Example: Leukemia and Lymphoma Society
– The Therapy Acceleration Program® (TAP) identifies and funds innovative projects 

related to therapies that have the potential to change the standard of care for 
patients with blood cancer, especially in areas of high unmet medical need.



Accelerating the Pace of 
Innovation

Science

Advocacy

Policy

Washington, DC-based Science Policy 
& Advocacy Organization

A unique model to create a path to better 
drug development and approval through 
scientific, regulatory, and legislative
solutions.

Develops groundbreaking partnerships:
• Federal Agencies (FDA, NIH, NCI, and 

CMS)
• Academic Research Centers
• Professional Societies 
• Industry 
• Advocacy Organizations



Advancing Clinical Trial Designs
• Lung-MAP is a first-of-its-kind clinical trial model that uses a 

multi-drug, targeted screening approach to match patients with 
sub-studies testing investigational new treatments based on their 
unique tumor profiles.



Advancing Clinical Trial Eligibility



RWE Pilot Project: Establishing the Utility of 
Real-World Endpoints



TMB Harmonization Project

Partners: Government: National Cancer Institute (NCI), U.S. Food and Drug Administration (FDA) Academia: Brigham & Women’s 
Hospital, Columbia University, EORTC, Johns Hopkins University, Massachusetts General Hospital, MD Anderson Cancer 
Center, Memorial Sloan Kettering Cancer Center Diagnostics: ACT Genomics, Caris Life Sciences, Foundation Medicine, Inc., 
Guardant Health, Inc., Illumina, Inc., NeoGenomics Laboratories, Inc., OmniSeq, Personal Genome Diagnostics (PGDx), 
Q2 Solutions, QIAGEN, Inc., Thermo Fisher Scientific Industry: AstraZeneca, Bristol‐Myers Squibb Company, EMD Serono, Inc., 
Genentech, Merck & Co., Inc., Pfizer, Inc., Regeneron Pharmaceuticals Operational: precisionFDA, SeraCare



Companion Diagnostics: Soup to Nuts
• Friends‐Alexandria Blueprint Forum

• Biomarker Harmonization (TMB)
• VALID Act (Verifying Accurate Leading‐edge In vitro 

Diagnostics)
– Pre‐specified modifications
– Performance thresholds for test groups

• CMS National Coverage Decision‐NGS Tests
– Flexible coverage framework to support innovation



• Characterizing the Use of External Comparators for Augmenting Randomized 
Control Arms and Confirming Benefit

• Data Generation (and Review Considerations) for Use of a Companion 
Diagnostic for a Class of Oncology Therapeutic Products

• Immuno‐Oncology Combination Drug Development for Patients with 
Relapsed/Refractory Disease After Initial PD‐(L)1 Therapy



Engaging Patients: A How-To

Contact me @ llasiter@focr.org



Patient Experience Data


