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The US Food and Drug Administration (FDA) has surpassed 
its commitment to obtain patients’ views in at least 20 disease 
areas over the course of five years, during its Patient-Focused 
Drug Development (PFDD) initiative, scheduled to end in 
September 2017. In April, the agency conducted its 21st PFDD 
meeting, which focused on patients suffering from sarcopenia. 
The 22nd meeting, focusing on autism, occurred in early May.
The FDA plans to conduct two more meetings, on alopecia 
areata and hereditary angioedema, before the end of 2017.

The PFDD initiative is one of the agency’s performance 
commitments, made as part of the fifth authorisation of the 
Prescription Drug User Fee Act (PDUFA V), covering fiscal years 
(FYs) 2013 through 2017, and signed into US law under the Food 
and Drug Administration Safety and Innovation Act (FDASIA) on 
July 19, 2012.

According to the FDA, before the PFDD initiative, few venues 
had existed in which the patient perspective is discussed outside of 
a specific product’s marketing application review. In creating the 
PFDD initiative, the FDA believed that the human drug and biologic 
review process could benefit from a more systematic and expansive 
approach to obtaining input from patients who experience a 
particular disease or condition.

As part of the FDA’s commitment to obtaining input from 
patients, the agency committed to conducting a series of public 
meetings to consider 20 different disease areas during the five-
year authorisation of PDUFA. For each disease area, the FDA 
plans to conduct a public meeting that includes participation from 
FDA review divisions as well as relevant patient advocacy groups, 
patients and their caregivers, and other interested stakeholders.

In addition, the FDA held a public workshop on March 31, 2016 
in order to help patient advocacy groups and the public gain a better 
understanding of how to effectively engage the FDA’s Center for 
Drug Evaluation and Research (CDER). Presentations included 
introductions to the drug approval process, the PFDD initiative, 
drug safety and quality controls, and facts about generic and over-
the-counter (OTC) drugs.

During the presentation on PFDD, the agency described its 
process for selecting diseases for PFDD public meetings. The FDA 
selection criteria focused on disease areas:

• That are chronic, symptomatic, or that affect functioning and 
activities of daily living.

• For which aspects of the disease are not formally captured in 
clinical trials.

• For which there are currently no therapies, very few therapies, 
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or for which the currently available therapies do not directly 
affect how patients feel or function.

• That reflect a range of severity.
• That have a severe impact on identifiable subpopulations.
• That represent a broad range in terms of size of the affected 

population, including common conditions experienced by large 
numbers and rare diseases that affect much smaller populations.

In May 2012, the FDA held a workshop to gather patient input 
on the regulatory process and asked a patient perspectives panel 
to issue statements on perceptions of patient representation and 
integration into the regulatory approval process at the FDA. The 
panel raised the issue of early integration of patient input, stressing 
that the FDA could not wait until the Phase III trials and FDA 
review timeframes. The panel also suggested that the agency should 
embrace partnerships with patient advocacy groups and facilitate 
collaboration between patients, clinical care experts, and drug 
reviewers. In October 2012, the FDA held a public meeting during 
which the public was invited to comment on a preliminary list of 
potential diseases areas the agency compiled as possibilities to focus 
on during the PFDD meetings. 
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On April 11, 2013, the FDA published a Federal Register notice 
that announced the disease areas for meetings in FYs 2013-2015, 
the first three years of the five-year PDUFA V timeframe. The first 
meeting under the PFDD initiative was held on April 25-26, 2013, 
covering drug development for chronic fatigue syndrome and 
myalgic encephalomyelitis.

Other meetings held in FY 2013 were:
• Lung cancer
• Human immunodeficiency virus (HIV)
• Narcolepsy

Meetings held in FY 2014 included:
• Sickle cell disease
• Fibromyalgia
• Pulmonary arterial hypertension
• Neurological manifestations of inborn errors of metabolism
• Haemophilia A, haemophilia B, von Willebrand disease, and 

other heritable bleeding disorders
• Idiopathic pulmonary fibrosis

Meetings held in FY 2015 included:
• Female sexual dysfunction 
• Breast cancer
• Chagas disease 
• Functional gastrointestinal disorders 
• Huntington’s disease and Parkinson’s disease 
• Alpha-1 antitrypsin deficiency 

Meetings held or planned in FY 2016-2017 included:
• Non-tuberculous mycobacterial lung infections 
• Psoriasis 
• Neuropathic pain associated with peripheral neuropathy 
• Organ transplantation
• Sarcopenia
• Autism 
• Alopecia areata
• Hereditary angioedema
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In August 2016, the FDA held yet another public meeting to 
discuss proposed recommendations for the reauthorisation of 
PDUFA for FYs 2018-2022. Among its proposals, the agency stated 
that it desires to build upon the PFDD initiative by bridging from 
that programme into “fit-for-purpose tools” that will enable the 
agency to collect meaningful patient input and incorporate it in 
regulatory review. The FDA proposed:

1. To conduct public workshops and develop a series of guidance 
documents on several topics (i.e., collecting comprehensive 
patient-community input about disease burden and current 
therapies, identifying disease/treatment impacts most 
important to patients, developing measures for specific sets of 
impacts, and performing clinical outcome assessments [COAs] 
and incorporating them as endpoints); 

2. Revise manuals of policies and procedures (MAPPs) and 
standard operating procedures and policies (SOPPs) to 
incorporate the increased patient focus; 

3. Publish a repository of publicly available tools on the FDA 
website; and 

4. Enhance staff capacity to facilitate the development and use 
of patient-focused methods to inform drug development and 
regulatory decisions.


