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FDA Focuses Efforts on Making Patient 
Perspectives Count

During the last eight years, the US Food and Drug 
Administration (FDA) has been increasingly focused on 
realising a vision – to incorporate patient input in drug 
development and regulatory decision making as standard 
practice.

In 2012, the FDA established the Patient-Focused Drug 
Development (PFDD) initiative, via the Food and Drug 
Administration Safety and Innovation Act (FDASIA) and the 
reauthorisation of the Prescription Drug User Fee Act (PDUFA), 
to more systematically obtain the patient perspective on specific 
diseases and their currently available treatments. Under the 
fifth authorisation of PDUFA (PDUFA V; fiscal years [FYs] 2013-
2017), the FDA conducted 24 disease-specific PFDD meetings. 
After PDUFA V (FY 2018 and onward), the agency hosted two 
additional PFDD meetings. Thus far in 2020, two PFDD meetings 
were planned (March 10, on stimulant use disorder; March 30, on 
vitiligo), but both were postponed by the FDA “due to extenuating 
circumstances.”

In the meeting notice for several of the FDA’s originally 
scheduled meetings for 2020, the agency has posted the 
following announcement: “The FDA, like other government 
agencies, is taking the necessary steps to ensure the agency 
is prepared to continue our vital public health mission in 
the event that our day-to-day operations are impacted by 
the COVID-19 public health emergency. Therefore, we are 
cancelling or postponing all non-essential meetings through the 
month of April. We will reassess on an ongoing basis for future 
months. Where possible the agency will leverage technology to 
host meetings allowing for remote participation.”

According to the FDA, patients “are uniquely positioned 
to inform the understanding of the therapeutic context for 
drug development and evaluation” because they live with their 
condition. With this backdrop, the agency has continued its 
efforts to help strengthen the “patient voice” in medical product 
development and regulatory decision-making. 

A recent undertaking was initiated last fall, when the FDA 
launched a pilot grant programme – the Center for Drug 
Evaluation and Research (CDER) Standard Core Sets: Clinical 
Outcome Assessments (COAs) and Endpoints Grant Program 
(COAs/endpoints grant programme). Developed as part of the 
agency’s PFDD efforts, this programme was discussed at a public 
workshop in December 2019.

As PFDD efforts began maturing, the FDA noticed little 
coordination in work to develop COAs, including within a given 
disease area, said Robyn Bent, RN, MS, director of CDER’s PFDD 
programme and programme officer for the COAs/endpoints 
grant programme, at the December meeting. She said there is a 
considerable amount of duplication of efforts and numerous types 

of measures. Also, FDA reviewers at times may receive multiple 
independent COAs to review. In addition, Bent said, the FDA has 
noticed variability in quality of the tools and the resulting data. 
With that in mind, the FDA developed the COA/endpoints grant 
programme to:

• help make incorporating the patient perspective more 
sustainable;

• enable the development of publicly available standard core 
sets of measures of disease burden and treatment burden for 
a given area; and

• provide avenues to advance the use of patient input as an 
important part of drug development.

On September 11, 2019, the FDA made three awards under the 
COA/endpoints grant programme to advance the use of patient 
input as an important part of drug development that can foster 
innovation and the availability of safe and effective drugs. The 
awards cover the areas of 1) migraine, 2) acute pain in infants and 
young children, and 3) physical function across a range of chronic 
conditions.

Pragmatic Data Collection
COAs are often endpoints in clinical trials used to support 
drug approval and labelling claims or other communications 
regarding clinical benefit. The FDA defines clinical benefit as a 
positive clinically meaningful effect of an intervention on how 
an individual feels, functions, or survives. The agency uses COAs 
primarily to determine whether a drug has been shown to provide 
clinical benefit to patients. COAs can also measure severity of 
side effects or treatment burden. A standard core set of COAs can 
include different types of COAs such as patient-reported outcome 
(PRO), clinician-reported outcome (ClinRO), observer-reported 
outcome (ObsRO), and performance outcome (PerfO) instruments 
and their related endpoints. 

Giving the patient perspective at the December meeting was 
Katie Golden, a patient advocate who is living with chronic 
migraine disease. Golden is also the director of patient relations 
at the Coalition for Headache and Migraine Patients (CHAMP). 
Golden emphasised the importance of getting the public to 
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understand “invisible illnesses” such as migraine, which can 
completely disable a patient who otherwise may not appear to 
be disabled.

Migraine covers a wide spectrum and presents differently in 
different people, Golden said. “I'm sitting here telling you that I 
have – in eight, almost nine years – I have not had a pain-free 
moment,” she said. “And you might not believe me because I'm 
wearing movie star sunglasses and, you know, I've curled my hair 
and I put my makeup on and I put a dress on… I look decent.”

Golden shared a visual – shaking her heavy medication bag –
and said that, in her view, patients “would love to be able to lighten 
this load.” That could be done, she said, by having clinical outcomes 
geared toward what patients care about. She added that collecting 
real-world evidence (e.g., migraine during pregnancy) will be very 
important.

Golden is one of the members of the Expert Technical Advisory 
Committee for the migraine grant programme, which was presented 
at the December meeting by Richard Lipton, MD, Albert Einstein 
College of Medicine. Lipton noted that although there have been 
several migraine treatments approved, the field has continued to 
use the same endpoints over many years (Figure 1).

Figure 1. Acute Treatment for Migraine – Regulatory Endpoints and Challenges
Source: Presentation slides, Richard Lipton, MD, December 5, 2019

Figure 2. Preventive Treatment for Migraine — Regulatory Endpoints and Challenges
Source: Presentation slides, Richard Lipton, MD, December 5, 2019

Lipton elaborated on the endpoints; for example, pain freedom 
measured at two hours post-treatment (2hPF) is a common acute 
treatment endpoint used in migraine. A challenge with this endpoint 
and the others, however, is that it was developed without the patient 
voice. “I’ve never seen a patient who says, well, what I really care about 
is what my level of pain is at two hours and I don’t care what happens 
before that and after that,” Lipton said. Another challenge is that 
relatively little attention is given to disability and quality of life (QOL).

On the prevention side for migraine, the usual primary endpoint 
is change from baseline in monthly migraine days or headache 

days, Lipton said. Echoing the concerns regarding acute treatment 
endpoints, he noted that challenges for preventive treatment 
endpoints include that they were developed without the patient 
voice and disability and QOL are neglected (Figure 2).

A public docket was opened for the December meeting, and 
a total of four comments were received. Among their comments, 
both Eric Olson, vice president, US product development regulatory, 
Genentech, Inc, and Danielle Friend, PhD, director, science and 
regulatory affairs, Biotechnology Innovation Organization (BIO), 
spoke to the importance of transparency and communication of 
learnings among stakeholders. They advised that the FDA develop 
“a centralised mechanism” to permit ongoing communication and 
interaction between all relevant stakeholders – including grantees, 
patients, drug developers, clinicians, regulators, and payers – to 
avoid duplication of efforts under the pilot grant programme. 

Docket No. FDA-2019-N-5157 remained open until March 6, 
2020.


