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Outline for this meeting

• Welcome and Roll Call

• Presentation Topics:

• Patient Focused Drug Development

• Model-Informed Drug Development

• Complex Innovative Designs for Clinical Trials

• Other Areas of Regulatory Science: Advancing Translational Models & Tools

• Topics for upcoming meetings
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Enhancing the Incorporation of the Patient’s Voice in 
Drug Development and Decision-Making

PDUFA VI Commitment articulates this overarching goal:

“To facilitate the advancement and use of systematic 
approaches to collect and utilize robust and meaningful 
patient and caregiver input that can more consistently 
inform drug development and, as appropriate, regulatory 
decision making”



Reg
Decision
ToolsBackground

• Patient experience data can provide a direct source of evidence regarding drug benefits and 

risks. It can inform the choice of clinical trial endpoints to ensure that the endpoints being 

measured are endpoints that matter to patients, and it can be used to capture information on 

patient preferences and the potential acceptability of tradeoffs between treatment benefit and 

risk outcomes.

• Soundness of sponsor methods and approaches to developing and using patient experience 

data and their appropriateness to individual applications under consideration are critical to 

their regulatory acceptability.
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PFDD: Enhancing Quality of Submitted Patient Experience 

Data For Regulatory Decision Making



PFDD Sustainability
What was committed to in PDUFA VI?

✓ Strengthen staff capacity to facilitate development and use of patient-focused methods to inform drug development 
and regulatory decisions. This staff, composed primarily of clinical, statistical, psychometric, and health outcomes 
research expertise, will be integrated into review teams as core members of the team during drug development and 
application review  

✓ Develop a series of guidance documents to focus on approaches and methods to bridge from initial PFDD-type meetings 
to fit-for-purpose tools to collect meaningful patient and caregiver input for use in regulatory decision making. 

✓ Create and maintain repository of publicly available tools on FDA’s website as a resource for stakeholders, including COA 
compendium, patient-focused drug development meeting resources, and ongoing efforts on patient-focused drug 
development. 

• As appropriate, revise existing MAPPs and SOPPs to include suggested approaches for incorporating an increased 
patient focus in other on-going or planned FDA public meetings. In addition, as appropriate, develop and implement 
staff training

✓ By end of FY 2019, conduct a public workshop with primary purpose of gathering ideas and experiences of patients and 
caregivers and recommendations on approaches and best practices to enhance patient engagement in clinical trials, with 
published report on proceedings and recommendations from the meeting. 
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PFDD: What is current status of commitments related to 
methodological guidances and public workshops?

Guidance 1: Collecting Comprehensive and Representative 
Input 

➢ Workshop held on December 18, 2017
➢ Guidance 1 issued as draft guidance in June 2018
➢ Guidance 1 issued as final guidance in June 2020

➢ Workshop held on October 15-16, 2018;
➢ Guidance 2 issued as draft guidance in October 2019
➢ Guidance 3 in development with additional 

expertise engaged via IPA

➢ Workshop held on March 19, 2018
➢ Issued draft guidance in December 2018

➢ Convened by CTTI
➢ Workshop held on March 18, 2019
➢ Workshop report issued in August 2019

Guidances 2-3: Methods to Identify What is Important to 
Patients; and Selecting, Developing or Modifying Fit-for-
Purpose Clinical Outcome Assessments

Guidance 5: Developing and Submitting Proposed Draft 
Guidance Relating to Patient Experience Data 

Workshop on Enhancing Patient Input on Clinical Trials

Guidance 4: Incorporating Clinical Outcome Assessments into 
Endpoints for Regulatory Decision Making

➢ Workshop held December 6, 2019

https://www.ctti-clinicaltrials.org/briefing-room/meetings/enhancing-incorporation-patient-perspectives-clinical-trials
https://www.ctti-clinicaltrials.org/sites/www.ctti-clinicaltrials.org/files/meeting_summary_-_enhancing_incorporation_of_patient_perspectives_-_final.pdf

https://www.fda.gov/media/139088/download
https://www.fda.gov/Drugs/NewsEvents/ucm607276.htm
https://www.fda.gov/media/131230/download
https://www.fda.gov/Drugs/NewsEvents/ucm582081.htm
https://www.fda.gov/downloads/Drugs/GuidanceComplianceRegulatoryInformation/Guidances/UCM628903.pdf
http://events.r20.constantcontact.com/register/event?oeidk=a07efuk61xm39d90653&llr=w8jl4kkab&showPage=true
https://www.fda.gov/drugs/development-approval-process-drugs/public-workshop-patient-focused-drug-development-guidance-4-incorporating-clinical-outcome
https://www.ctti-clinicaltrials.org/briefing-room/meetings/enhancing-incorporation-patient-perspectives-clinical-trials
https://www.ctti-clinicaltrials.org/sites/www.ctti-clinicaltrials.org/files/meeting_summary_-_enhancing_incorporation_of_patient_perspectives_-_final.pdf


External Resources or Information Related to Patients’ Experience
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Create and maintain a publicly available repository of tools and 
resources

https://www.fda.gov/Drugs/DevelopmentApprovalProcess/ucm579132.htm


Sustaining integration of the patient’s perspective –making it 
a standard practice

1. Ensure confidence in reliability and 
accuracy of patient experience data 
for regulatory decision making

2. Promote rapid consistent adoption 

3. Increase predictability for  sponsors

4. Sustained incorporation of patient’s 
experience in drug development 
and decision making—make it 
standard practice

9

This Photo by Unknown Author is licensed under CC BY-NC-ND

https://www.fda.gov/drugs/development-approval-process-drugs/cder-
patient-focused-drug-development
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