
 
 
 

 
August 22, 2016 
 
The Honorable Robert Califf, MD 
Commissioner, Food and Drug Administration 
Division of Dockets Management (HFA-305) 
5630 Fishers Lane, Room 1061 
Rockville, MD 20852 
 
Re: Prescription Drug User Fee Act: Public Meeting (FDA-2016-N-1895) 
 
Dear Commissioner Califf: 
 
The National Health Council (NHC) is pleased to respond to the Food and 
Drug Administration’s (FDA or the Agency) request for comments on its 
Prescription Drug User Fee Act (PDUFA) Reauthorization Performance Goals 
and Procedures Fiscal Years 2018 through 2022 (PDUFA VI). We applaud the 
FDA for including in its commitment letter many provisions that will lead to 
more timely access to new medicines that will best meet the needs of people 
with chronic conditions. 
 
The NHC is the only organization that brings together all segments of the 
health community to provide a united voice for the more than 133 million 
people with chronic diseases and disabilities and their family caregivers. Made 
up of more than 100 national health-related organizations and businesses, the 
NHC's core membership includes the nation’s leading patient advocacy 
organizations, which control its governance and policy-making process. Other 
members include professional and membership associations, nonprofit 
organizations with an interest in health, and representatives from the 
pharmaceutical, generic drug, insurance, medical device, and biotechnology 
industries. 
 
The NHC fully supports the recommendations and applauds FDA’s continued 
focus and efforts on issues important to patients. In particular, we support: 
 
• Enhancing the Incorporation of the Patient’s Voice in Drug Development 

and Decision-making 
• Enhancing Benefit-Risk Assessment in Regulatory Decision-making 
• Enhancing Drug Development Tools Qualification Pathway for Biomarkers 
• Providing Early Consultation on New Surrogate Endpoints 
• Enhancing Use of Real-World Evidence in Regulatory Decision-making 
• Advancing Development of Drug-Device and Biologic-Device 

Combination Products Regulated by CBER and CDER 
• Committing to Rare Disease Drug Development 
• Improving FDA Hiring and Retention of Review Staff 
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Enhancing the Incorporation of the Patient’s Voice in Drug Development and Decision-making 
 
Building on FDA’s Patient Focused Drug Development (PFDD) program created by PDUFA V, 
this provision advances the tools available for FDA, biopharmaceutical companies and other 
stakeholders to more formally and consistently integrate the patient voice in drug development 
and review. The NHC believes this is an important step in advancing patient engagement as an 
integral aspect of drug development.  
 
The NHC looks forward to the proposed series of FDA guidance documents on the collection of 
meaningful patient input and participating in the public workshops associated with these 
guidances. We strongly believe that guidance from FDA is critical to address some of the 
barriers (or perceived barriers) that currently prevent or negatively impact meaningful patient 
engagement in drug development and review. Through our work convening stakeholders to 
discuss challenges and potential solutions to meaningfully engaging patients throughout drug 
development, stakeholders expressed a need for FDA guidance on the following priority areas, 
among others:1 
 

• Gaining alignment and clarity on key terminology 
• Demonstrating that the FDA encourages the collection and use of patient-provided 

information2 in drug development 
• Providing clarity on acceptable methods and presentation of data and analyses for FDA 

review of patient-provided information 
• Providing examples of use cases, demonstrating how patient provided information can be 

used in, for example, drug labeling 
 
The NHC is working to create draft guidance documents focusing on these areas and working 
with the FDA to promote meaningful patient engagement.  
 
We are also pleased to see the Agency proposes creation and maintenance of a repository of 
publicly available tools to collect meaningful patient input for use by all stakeholders. In 
addition, we support FDA’s proposal to strengthen staff capacity to help ensure that the Agency 
meaningfully engages patients, provides advice to biopharmaceutical companies on the 
development of new tools to collect patient, caregiver and family input, and advances the science 
of clinical outcome assessments (COAs). 
 
Enhancing Benefit-Risk Assessment in Regulatory Decision-making 
 
The NHC strongly supports this provision as accurate benefit-risk assessment relies on patient 
perspectives, preferences, and input. As such, evaluating implementation of the structured 
benefit-risk framework established by PDUFA V to understanding how it is working is essential. 
Additional enhancements to the benefit-risk framework and FDA guidance on these assessments 
will further the integration of patient perspectives in drug development and approval. 

                                                           
1 See NHC and Genetic Alliance, Integrating the Patient into the Drug Development Process: Developing FDA Guidance, 
available at http://www.nationalhealthcouncil.org/sites/default/files/NHC-GA-Patient-Engagement.pdf (accessed July 28, 2016). 
2 “Patient-provided information” is any information coming directly from members of the patient community and includes, but is 
not limited to, views, experiences, preferences, needs, opinions, and priorities. It is an umbrella term used to include patient-
generated information, patient-preference information, and patient-driven information.  

http://www.nationalhealthcouncil.org/sites/default/files/NHC-GA-Patient-Engagement.pdf
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Enhancing Drug Development Tools Qualification Pathway for Biomarkers 
 
As transformative tools, biomarkers reduce development timelines and increase efficiencies. The 
proposed repository of qualified biomarkers and updates on the qualification process for specific 
biomarkers will improve transparency, create efficiency, and ultimately expand the reach and use 
of biomarkers to enhance availability of treatments for patients who need them.  
 
Providing Early Consultation on New Surrogate Endpoints 
 
New surrogate endpoints hold promise to increase efficiency in drug development, allowing safe 
and effective drugs to reach patients faster. We believe that early consultation between FDA and 
biopharmaceutical companies is critical to the efficient exploration of potential new surrogate 
endpoints and the successful development of sound surrogate endpoints. Early advice can avoid 
costly re-working of development plans and align company and FDA expectations. We 
anticipate that this provision will help industry develop new surrogate endpoints and increase the 
use of such to develop new high-value treatments. 
 
Enhancing Use of Real-World Evidence in Regulatory Decision-making 
 
The NHC agrees with FDA in that real-world evidence (RWE) holds great potential to one day 
revolutionize the health care system, including how drugs are developed and approved. 
Supplementing randomized, clinical trial data with additional data from real-word use can 
improve our knowledge about products. It may help ensure that subpopulations, such as those 
with multiple chronic conditions, are accounted for more appropriately than we now typically see 
in tightly controlled clinical trials. It may also lead to more opportunities to find multiple 
indications for one product, while promoting research to determine safe and effective use for 
new indications. 
 
Much work needs to be done first to understand the opportunities and limits of RWE, including 
appropriate uses in drug development and approval. We appreciate that this provision aims to 
increase understanding of RWE as a first step by holding public workshops and potentially 
conducting pilot studies or methods-development projects. After consideration of all information 
gathered and lessons learned, FDA plans to issue draft guidance describing how RWE can 
contribute to a drug’s effectiveness and enhance its previous use in safety assessments. The NHC 
agrees with taking a methodical, step-by-step approach to exploring and evaluating the use of 
RWE in drug development.  
 
Advancing Development of Drug-Device and Biologic-Device Combination Products Regulated 
by CBER and CDER 
 
The NHC is pleased to see this provision included in the PDUFA commitment letter, as we 
understand that it can be challenging for sponsors when coordinating with different parts of the 
Agency. Streamlining the process by updating procedures for combination-product review and 
training of staff will go a long way to expediting the Agency’s review of these products, and will 
increase consistency across the Agency and decrease regulatory uncertainty for sponsors. In 
addition, we welcome the establishment of new performance goals for the review of human-
factor protocols for combination products and additional guidance on bridging studies and 
patient-oriented labeling. 
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Committing to Rare Disease Drug Development 
 
The NHC understands there are numerous challenges to developing drugs to treat rare diseases 
and is pleased to see that FDA is committed to training FDA staff in reviewing applications and 
advising companies on development of these drugs. It is imperative FDA review staff fully 
understands the challenges and the regulatory flexibility available for these treatments. 
Furthermore, the commitment to training and inclusion of Rare Disease Program staff on review 
teams will increase understanding, consistency across review teams, and regulatory predictability 
for companies. In addition, the NHC applauds FDA’s plans to continue to engage patients in 
FDA’s regulatory decision making and foster collaborations to develop new tools, including 
patient-reported outcome measures for rare diseases.  
 
Improving FDA Hiring and Retention of Review Staff 
 
The NHC recognizes that challenges in hiring and retaining review staff can negatively impact 
the FDA’s ability to quickly and consistently review product applications and meet PDUFA VI 
commitments. As such, we support the provision to enhance FDA’s ability to hire and retain the 
scientific and technical experts it needs to accomplish its mission and to allow it to approve safe 
and effective products for patients in a timely manner. 
 
Overall, the NHC is very pleased with the outcome of the PDUFA VI negotiations, and we 
appreciate the opportunity to work with FDA and other stakeholders to enhance the FDA’s work, 
increase efficiency in the product development and review process, and over time, significantly 
improve the lives of people with chronic diseases and disabilities and their families. We look 
forward to continuing to work with the Agency and other stakeholders to implement these 
transformative provisions. 
 
Please do not hesitate to contact Eric Gascho, the NHC’s Vice President of Government Affairs, 
if you or your staff would like to discuss these issues in greater detail. He is reachable by phone 
at 202-973-0545 or via e-mail at egascho@nhcouncil.org.  
 
Sincerely, 
 
 
 
Marc Boutin, JD 
Chief Executive Officer 
 

mailto:egascho@nhcouncil.org

