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When planning a clinical trial for a rare disease, it is important to have a holistic understanding of your patient population. You want to be aware of where your patients are coming
from, and what it is like to walk in their shoes. These patients
need your trial just as much as you need them; even from the
earliest stages, conceptualize your rare disease trial as an
altruistic relationship between the patient population and
your study.
In the United States, a rare disease is defined as a condition
that affects fewer than 200,000 people, and there are about
six to seven thousand unique rare diseases known today.
That means that about 30 million people in the U.S. alone
are suffering from a rare disease of some kind.
Most of the 30 million people in the U.S. living with a rare
disease are facing it without any treatment, cure, or remedy.
Unfortunately, 95% of rare diseases have not one single FDA
approved drug on the market. This leaves rare disease
populations in a very vulnerable position. The need for
clinical trials is dire and patient hopes for marketed treatments are boundless.
A typical patient in the United States healthcare system has
an experience that generally follows these steps:
They have symptoms that may be persistent and/
or severe that cause disruption in their day to day
life; for example, they may be getting numerous
debilitating headaches.
They decide to go to their doctor to see what
is wrong.
Symptoms are described to the doctor, and
based on that a diagnosis is made; most often,
medication is prescribed to alleviate
the ailment.

A rare disease patient in the U.S. most likely does not have
this experience, as their are symptoms often unheard of. Primary care physicians don’t know how to diagnose them and
instead refer them to a specialist. A single patient with a rare
disease could be referred to a dozen specialists in an effort
to figure out what is ailing them. It is common for it to take
months or even years to receive a diagnosis.
When a rare disease patient is finally diagnosed, their journey is far from over. Typically, there aren’t any medications
or treatments available to help them. This is where clinical
trials come in.
Rare disease patients are, on the whole, very willing to participate in clinical trials. For many patients, these trials give
them hope for possible improvement of their own condition,
and increase the likelihood of a better future for others who
are facing the same disease as they are.
You should treat your rare disease patients as partners in
your study development process. They know their population better than anyone else, and can help you understand
the biggest challenges facing their peers. Working in partnership with your patient population will ensure that the patient
recruitment process is collaborative and successful.

Developing a Clinical Trial with Rare
Disease Patients in Mind
Living with a rare disease is an experience that few can
comprehend, and no one can relate to more than the
patients themselves. Clinical researchers cannot expect to
succeed with a rare disease trial unless they go the extra
mile to understand the patient population in question. When
preparing for a rare disease trial, partnering with patients to
develop your study is the most effective route you can take.

Rare diseases affect patients’ physical, mental, and emotional health. It is incredibly important to understand each
of these facets of a patient’s experience in order to best
serve them with a clinical trial opportunity. When developing your study, there are several key questions that you
should keep in mind:

»» What are the patient population’s general thoughts
and feelings toward healthcare systems?
»» What are their thoughts, feelings, and knowledge of
clinical research itself?
»» Has this community been involved in clinical
research before?
»» How does this disease affect the patients’ work life?
Social life? Family life?
»» What do these patients consider to be the most
important end points? (ease of symptoms, a cure,
improved mobility, etc.)
Your patient population may be generally frustrated
with the healthcare system after enduring months
or maybe even years of appointments with
various specialists who failed to diagnose
them. They may have attempted clinical
trials before only to have been excluded
from the process. Or, clinical research
may never before have been conducted
for your patient population. All of this
could bring feelings of anxiety and fear,
as well as curiosity and optimism. Discussing these topics with your patients is important.
You should also understand how living with a
rare disease affects a patient population’s ability to work. Do they often have to take sick days
because their condition is debilitating? What about
their social life? Do they frequently cancel plans or
omit themselves from social outings because
their disease limits them? Understanding the
patient population beyond their physical
condition will best serve them throughout
the clinical trial process.
You should be engaging with the patient
population before there is even a study
on paper.
• Identify different patient networks that
may be accessible to you. It is valuable
to reach out to medical specialists,
disease support groups, and even
caregivers to get feedback on what
the particular experience of a
given rare disease includes.

• Conduct patient panels and surveys to ask patients
directly – whether in person or digitally – what it is
like to live with their disease and what outcomes
that would like to achieve if they were to participate
in a trial.
• Take an ear to a patient population by observing
what they post on social media. Look at Facebook
groups and hashtags on Twitter and Instagram to get
a raw picture of what is bothering them most, what
unique vocabulary they may use to describe their
symptoms or experience, and what goals they have.
When creating your study protocol, patients can provide you with valuable insight on what is possible for the
population in question. How many site visits is reasonable
to include? How far can you ask a patient to travel to your
site and still expect them to participate? What sort of study
would they be most interested in participating in? What
solutions do they want most?

Partnering with Rare Disease
Patients for Recruitment
To be most successful in engaging rare
disease patients, you must rely on
the only true experts—the patients
themselves. No one understands the
experience of living with a rare disease
better than the individuals who suffer
from them.
A rare disease affects a patient’s physical, mental, and emotional health.
The experience of living with a disease
for which there is most often no treatment or
cure is grueling and debilitating. Above, we
discussed the ways in which patient insights
on their experience can inform study development. It is also helpful to incorporate patient
feedback into your recruitment strategy when
enrolling patients in a rare disease study.
Patients can help you brand advertisements
and educational collateral for your study. They
know what sort of information will catch the
eye of your target patient population, and they
will also know the most sensitive and effective
ways to present the information that you need to
convey in your materials.
Patients can work with you to create highly-targeted
national and global campaigns. These are cost-effective recruiting methods for most studies, but for a
rare disease trial, you are trying to reach a

“needle in a haystack” patient. Feedback from the
exact group you are trying to reach will help you refine
your campaign.

If you know all of this insider information before beginning to
recruit for your study, you will be ahead of your enrollment
goals before you even begin!

Many patient populations suffering from rare diseases are
part of networks and communities (on the ground and
online) where they share information about treatments
they have tried or treatments that may be available. Refera-friend programs are an effective recruiting technique to
employ for a rare disease trial due to the direct access you
can have to these
niche populations.

Patients should be treated as partners in the study development process, from protocol review to engagement in a collaborative recruitment strategy. Remember – a rare disease
study is a mutually beneficial partnership between clinical
researchers and the patient community. Our patients need
us just as much as we need them. If you keep the ultimate
goal of a successful treatment in mind throughout the clinical
study process, you will be serving your target patient population well.
ClinEdge is a full-service business development and marketing company for clinical trials. We strive to increase the
productivity, innovation and revenue of our clients through
personalized services and a profound understanding of the
clinical research industry.
To learn more about the applications of social media in clinical trials, contact us today. And don’t forget to check us out
on Facebook, Twitter, Instagram and LinkedIn!
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Effective engagement with rare disease patients for clinical
trials lies in customization around the target patient population. Imagine you are running a clinical trial for scleroderma.
Scleroderma is a rare disease that affects primarily females.
Symptoms include tightening of the skin of hands, fingers,
and mouth; joint pain; trouble breathing and swallowing;
sexual dysfunction; and an exaggerated response to cold.
The symptoms present themselves in varying amounts and
intensities from patient to patient, and can be very frustrating when moving through daily life. These patients also tend
to struggle socially. If you work with the patient population
to recruit for this study, here are some things that might
come up:
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• Branding of study collateral should lean toward the
feminine; colors, fonts, language used
• Messaging for the study should focus on how the
disease affects aspects of daily life and lowers quality
of life

https://rarediseases.org/

• Advertising and outreach should focus on reaching
patients and their communities directly

How do patients with rare diseases experience the medical encounter? Exploring
role behavior and its impact on patient–physician interaction, by Karolina Budych
https://www.sciencedirect.com/science/article/pii/S0168851012000644

›› Support groups on Facebook
›› Advocacy group walks & events
›› Physician education initiatives

Rare Diseases Difficult to Diagnose, Cures Hard to Come By, by Greg Breining
https://news.aamc.org/research/article/rare-diseases-difficult-diagnose-cureshard-come/
Public Health and Rare Diseases: Oxymoron No More, by Rodolfo Valdez,
PhD,corresponding author Lijing Ouyang, PhD, and Julie Bolen, PhD
https://www.ncbi.nlm.nih.gov/pmc/articles/PMC4714940/

