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Engaging Patients Across the Spectrum
of Medical Product Development
View From the US Food and Drug Administration

The complex tasks of developing, evaluating, and de-
termining the appropriate use of medical technologies
occur in an evolving ecosystem of diverse stakehold-
ers. However, as new medical therapies and diagnos-
tics are designed and tested, the preferences and views
of the patients and care partners who are most directly
affected by these treatments are all too often over-
looked. Individual patients often experience different ef-
fects of diseases and may have unique preferences about
treatments or diagnostic procedures that differ from
those of other patients or of their physicians or other
health care practitioners; they may also have differing
views about what kinds and degrees of risk are toler-
able. As patients weigh the balance of benefits and risks,
their decisions are informed by their experiences, back-
grounds, and personal circumstances. In addition, pa-
tients are no longer passive recipients of care; instead,
they are empowered consumers of medical products and
partners in the process by which those products are de-
veloped. Patients increasingly act as advocates for new
treatments, and many are fully engaged in making de-
cisions about their care.

Programs recently enacted at the US Food and Drug
Administration (FDA) are focused on including patient per-
spectives throughout the continuum of medical product
development.1 In this Viewpoint, we describe ongoing ef-
forts at several FDA centers and offer views on a concep-
tual framework within the context of the Precision Medi-
cine Initiative that could lead to improved health by more
effectively matching medical products to the needs and
preferences of patients and care partners.

New Roles for Patients and Care Partners
The recent emergence of a health care system marked by
major structural changes and new technologies and com-
munication channels is offering opportunities for improv-
ing medical care. Perhaps the greatest change to accom-
pany this new ecosystem may be the widespread
involvement of patients, families, and care partners in ev-
ery phase of medical product development. Patient ad-
vocacy groups2 are increasingly empowered to partici-
pate in this process, and social media offer means for
directly engaging patients to elicit input and preferences.

As these developments influence the health care en-
terprise, the FDA seeks to directly involve patients
throughout the lifecycle of medical product develop-
ment. Although patients today have a greater say in which
FDA-regulated products are included in their own care,
these new approaches will help to ensure that patient per-
spectives also have an effect on which medical products
are developed and cleared or approved for the market.3

Medical Device Programs
The FDA is a member of the Medical Device Innovation
Consortium,4 the nation’s first public-private partner-
ship focused on medical device regulatory science. This
consortium worked to catalog methods for eliciting
patient preferences and to develop a framework that
guides research sponsors in approaches for incorporat-
ing patient perspectives on the benefits and risks of
medical devices for regulatory and other purposes. The
FDA, through the Center for Devices and Radiological
Health (CDRH) and the Center for Biologics Evaluation
and Research, simultaneously posted a draft guidance
that provides background information, structure for
incorporating patient preferences (defined as qualita-
tive or quantitative assessments of the relative desir-
ability or acceptability of attributes that differ among
alternative diagnostic or therapeutic strategies) into
regulatory decision making, and advice regarding col-
lection and use of patient preference information for
manufacturers and other stakeholders to support cer-
tain medical device approvals.5 This proposed
approach stems from the FDA’s guidance on benefit-
risk determinations for device approvals, which
describes patient tolerance for risk and perspective on
benefit as an explicit factor the agency may consider in
approval decisions.6 In addition, FDA scientists teamed
with behavioral economists to test a method for cap-
turing patient sentiment and to translate it into a
decision-aid tool for incorporating patient preferences
into clinical trial designs for obesity treatments. Shortly
thereafter, the FDA approved a new weight-loss device
informed in part by data from this study, the first such
device to be approved since 2007.7

Partnering Directly With Patients
The recently formed Patient Engagement Advisory
Committee (PEAC) is an example of the FDA’s commit-
ment to partnering directly with patients. By including
patient experts from different backgrounds, the PEAC
will help ensure that broad, diverse perspectives on
the needs and experiences of patients inform the
FDA’s deliberations. The PEAC will advise the FDA
commissioner on complex issues relating to the regu-
lation and use of medical devices and identify oppor-
tunities to partner with patients to meet their needs
and support FDA’s public health commitment across
multiple topics.

Drugs and Biologics
In 2012, the FDA established the Patient-Focused Drug
Development (PFDD) initiative to gain a broader range
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of patient perspectives to inform benefit-risk assessments in a
given disease area via public meetings. In meetings initially target-
ing diseases that are chronic, symptomatic, or affect functioning,
reflect a range of severity, and for which there are currently no
(or few) therapies (or the available therapies do not directly affect
how a patient feels, functions, or survives), patients have described
how the disease affects their daily lives, their experience with avail-
able treatments, and the types of treatment benefits that matter
most to them. Although initially planning for 20 PFDD meetings,
the FDA is on track to hold 24 meetings by 2017. Each meeting is
summarized in a report that captures participants’ experiences and
perspectives in their own voices. Learnings from the past few years
are now shaping plans for expanding and advancing work in
patient-reported tool development.

Patient-Reported Outcomes
The National Institutes of Health has developed a base of knowl-
edge about patient–reported outcomes through its Patient-
Reported Outcomes Measurement Information System (PROMIS)
program. Understanding how disease burden and the effects of
treatment influence the way patients feel and function in their
daily lives is essential for developing appropriate outcome assess-
ments that can be integrated into clinical research to produce
meaningful data to guide treatment decisions. For example,
patients and their health care professionals want to know about
the patient experience in terms of pain, mobility, fatigue, nausea,
or other symptoms or aspects of health-related quality of life.
Patients can also provide perspective on what level of change in
their symptoms or functioning would be meaningful to them. Fol-
lowing the release of agency guidance on this topic, the use of
patient-reported outcome measures (PROMs) in regulatory sub-
missions to the CDRH with clinical study protocols has increased
from about 20 submissions per year prior to the issuing of the
guidance to more than 120 in 2014 alone, indicating substantial
interest on the part of industry and clinical researchers in generat-
ing patient-centered evidence from studies done for regulatory
purposes. In the case of device submissions, many technologies,
including ophthalmic implants, aesthetic implants, and devices
used to resolve or reduce pain, incorporate patient-reported out-
comes not as ancillary data, but as primary end points.

Moving Health Care Forward in Partnership With Patients
Today’s patients, many of whom are adept at using computer tech-
nology and linked through the Internet and social media, are more
knowledgeable and engaged than ever and have a demonstrated in-
creasing interest in sharing their views regarding health and health
care, and even their own health data. Reflecting the crucial impor-
tance of these perspectives, the FDA is working to give patients a
greater voice in medical product development and evaluation. This
kind of active involvement is an essential component of the Presi-
dent’s Precision Medicine Initiative, which seeks to engage up to 1
million participants in contributing their personal health data as part
of a grand attempt to account for individual differences in genes, bi-
ology, lifestyles, environments, and preferences. Success in these
efforts could lead to tremendous advances in the understanding of
health, disease, diagnosis, treatment, and recovery, ultimately trans-
forming patients' experience of health care by enabling physicians
to tailor care to an individual's specific needs and preferences.

As these exciting developments in patient and consumer em-
powerment move forward, an important consideration is that even
among patients who share the same disease or condition, indi-
vidual needs, preferences, and perceptions of risks vs benefits may
vary substantially based on gender, age, race and ethnicity, socio-
economic factors, and cultural background. In addition, it is essen-
tial to remain sensitive to the special needs of different segments
of society, including children, elderly persons, persons with tempo-
rary or persistent cognitive challenges, and persons who have dif-
ficulties with comprehension. As these direct interactions with pa-
tients and consumers continue to be developed, special approaches
will be needed to ensure that these efforts are inclusive.

The agency stands ready to help advance the science of patient
input by collaborating with a wider community of patients, clinicians,
and social science researchers and offering guidance on approaches
for engaging with patients and patient groups. The FDA is committed
to integrating patient perspectives into its regulatory evaluations and
decision making and also encourages medical product innovators and
clinical researchers to collect information on patient perspectives to
inform development programs. By advancing the science of eliciting
and understanding patient input and incorporating PROMs into prod-
uct evaluations, these programs can accelerate the development and
selection of new products that best meet individual needs.
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