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Overview

1. CBER's Work On Cell And Gene Therapies Needs Additional Support
2. Rare Disease Cures Accelerator (RDCA)
3. Strengthening PDUFA VI's PFDD Efforts
4. Decentralized Clinical Trials



Realizing the 
Promise of Cell 
and Gene 
Therapies
Addressing CBER's Resource Needs in 
PDUFA VII



Exponential Increase In CBER Workload

• 900 Active INDs at CBER
• 200 INDs/year
• Predicted 40-60 launches over 

next 10 years

*Source: Pink Sheet, Scientific Wave Pushes CBER Into 
Brighter Light, March 26, 2020



Rare Disease 
Cures 
Accelerator
Critical work should be supported by 
user fees to fully realize the potential 
value of these programs



Overview of Rare Disease Cures Accelerator 
(RDCA) Initiative

"The Rare Disease Cures Accelerator would provide a 
more centralized infrastructure and common 
platform(s) and approaches to support:
(1) Rare disease characterization,
(2) development of standard core sets of clinical 
outcome assessments and endpoints relevant to rare 
conditions, and
(3) support conduct of clinical trials in rare disease 
populations."
*FDA, Rare Disease Clinical Trial Networks; Request for Information and Comments, June 1, 2020



Rare Disease Cures Accelerator-
Data and Analytics Platform (RDCA-DAP)



Clinical Outcome Assessments



Clinical Trials Network

• The Rare Disease Clinical Trials Network has the 
potential to benefit a wide array of stakeholders 
across the drug development spectrum.



PDUFA VII 
Should Build 
Upon 
PDUFA VI's 
PFDD Success



Continued Progress in PFDD

PDUFA VII should provide for:
• Additional feedback mechanisms to sponsors and patients to 

communicate the role PED played in regulatory decision making
• Additional resources for early interaction with sponsors on PFDD 

plans



Decentralized Clinical 
Trials: Learnings from 
COVID-19



Continued Progress on Modernized Clinical 
Trials is Necessary

• Under PDUFA VII, FDA should:
• Issue guidance that enshrines aspects of 

telehealth/telemedicine that were successful during 
COVID-19

• Advance Agency thinking around Decentralized Clinical 
Trials & Innovative Clinical Trial Design

• Advance Agency thinking on Real World Evidence 
collection & use by reviewers

• Issue guidance on incorporation of the use of digital 
technologies/tools in clinical trials
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