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PDUFA V –
A Game-Changer For Patient Communities

In the spirit of Patient Focused Drug Development
(developing ‘tools of engagement’)….

Putting Patients First white paper
PPMD Patient-Preference studies (4;2)
Patients are Waiting white paper
Draft Guidance on Duchenne
The DuchenneRegistry data
Critical Path - DRSC
Testimony from patient community & clinical experts
Meaningful engagement with the FDA
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FDA Guidance on Duchenne Muscular Dystrophy
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Passed in the Senate -- and then later 
became a key provision within 21CC

Patient Focused Impact 
Assessment (PFIA) Act (2016) 

Better Empowerment Now to 
Enhance Framework and 

Improve Treatments Act of 
2017 

(BENEFIT Act)

Both bills focused on integrating patient experience data into 
regulatory review and creating formal processes for feedback.



June 2015
PFIA S. 1597

Introduced in the Senate
End Duchenne Rally

March 9, 2016
PFIA passes Senate!

December 2016 
21st Century Cures becomes law –

language from PFIA becomes
Sec 3001

January 2018 –
‘Patient Experience Data’ section 
added to US FDA Drug Reviews! 

FDA’s review and approval of 
Genetech’s hemophilia A treatment, 

Hemlibra

Hemophilia community

Duchenne community

PFIA’s Path to Implementation

PFIA
• Patient-experience data checklist 

within product review
• Guidance for engagement between

industry & advocacy partners
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Goals:
– To identify current policy, care, 

and clinical trial priorities among 
our Duchenne community 
members (by sub-population)

– To begin to identify measures of 
impact not currently captured in 
health economic models or value 
frameworks

The Audience – included federal 
agency & pharmaceutical industry 

partners

More than 400 members of our 
Duchenne community participated



FDA Advisory Committee Meetings 



• The inclusion of additional guidance on the processes for iterative engagement 
with the FDA as patient experience data is developed and then integrated 
within a product’s development.

• The need for formalized processes for ensuring that  - when appropriate –
relevant patient experience data is made available to reviewers and Advisory 
Committee members.

• An opportunity for dedicated time during the Advisory Committee meeting for 
the introduction & review of PED relevant to a specific product.

Opportunities to Expand Upon the Integration of 
Patient Experience Data within Regulatory Review
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Recent FDA Advisory Committee Agenda
9:00 AM Call to Order & Introduction of the Committee
9:05 AM Conflict of Interest Statements
9:10 AM FDA Introductory Statements
9:30 AM     Applicant Presentation
10:45 AM Clarifying Questions
11:00 AM Break
11:15 AM FDA Presentations

FDA Efficacy Review
12:30 PM Clarifying Questions
12:45 PM Lunch
1:45 PM OPEN PUBLIC HEARING (90 minutes)
3:15 PM Questions to the Committee/ Committee Discussion
4:30 PM Adjournment



Thank you!
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