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Foreword

It is my pleasure to present the Rare Disease Diversity Coalition (RDDC). RDDC is born out of the 
collective commitment of its founders to be a catalyst for progress for people of color with rare 
diseases. People of color with rare diseases strive to avoid being left behind in health care while 
feeling the effects of historic, systemic racism and its lingering disparate social, economic, and health 
effects. The purpose of this document is to serve as an introduction to RDDC and to describe the 
journey that led Black Women’s Health Imperative (BWHI) and other founders to form RDDC. It is 
also meant to elucidate our connection to a historic coalition that stood united to demand changes 
in a health care system that had left rare disease patients behind in a rapidly advancing scientific 
revolution and our strong sense of belief—and hope—that, similarly, this coalition can help society 
seize the momentum for change on racial inequities and drive progress on the continuing struggles 
regarding health equity and rare diseases.

BWHI has been working toward progress at the crossroads of the struggles of patients of color—
due to both rare diseases and health disparities—for decades. In 2020, as the devastating COVID-19 
pandemic highlighted the additional struggles of patients with rare diseases and people of color, 
BWHI, rare disease experts, patient organizations, health and diversity advocates, and industry 
leaders with a deep knowledge of the medical, industry, regulatory, and cultural challenges facing 
minorities with rare diseases came together and established an expert steering committee, formed 
working groups and developed initial recommendations. As we developed the ideas underlying 
RDDC’s mission, we have been encouraged by the momentum for change. Over the past few months, 
key policymakers—from the Biden Administration to Congress to state governments—have expressed 
the will to develop policy to address racial inequities. BWHI has been further encouraged after 
engaging some of these policymakers about the prospect of working cooperatively with RDDC on 
these issues.

We are humbled to note the similarities with the historic groups that advocated successfully for 
policies to change the system to incentivize inclusion of rare diseases in research and development of 
scientific advancements. That coalition, which resulted in the development of NORD and enactment 
of the Orphan Drug Act (ODA), continues to advocate successfully for patients with rare diseases. 
We are proud to have some of the groups involved in the successful ODA advocacy at the table in 
the RDDC. Beyond its inspiration and success, that earlier coalition’s approach to policy solutions 
led to success—and is instructive on how to incentivize changes that take into account input from 
patients, policymakers, academic researchers, health care providers, and commercial innovators. 

We hope the ideas discussed here are just the beginning. Our goal is to hone these recommendations 
and ideas—and to leverage the collective experience, expertise and ideas within RDDC to drive 
change for people of color with rare diseases. The time is now! Please join us in this journey.

Sincerely,

Linda Goler Blount, MPH
President & CEO
Black Women’s Health Imperative
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Executive Summary

The Rare Disease Diversity Coalition (RDDC) formed under the leadership of the Black Women’s 
Health Imperative (BWHI) to help address the extraordinary challenges faced by rare disease patients 
of color. As advocates for patients who deal with dual struggles—to be included in the promise of 
scientific advancements that improve health outcomes and not be left behind because of their rare 
condition or their race—the leaders of RDDC envision a unique opportunity to contribute to progress 
for both the rare disease and health disparities movements. This paper will describe the journey that 
RDDC is taking to contribute to real and significant progress.

First is a discussion of the historical struggle of people with rare diseases, initially left behind (or 
“orphaned”) as scientific advances were delivering hope to people with mainstream conditions 
that were deemed as “commercially viable." It then discusses how a coalition of patient advocates, 
researchers, health experts, and policymakers came together to advocate for changes that would 
ultimately lead to the Orphan Drug Act (ODA)—policy change to incentivize development of 
therapies for rare diseases and to overcome profitability concerns. The paper then examines the 
success of the ODA, the improvements that remain necessary, and one group within the rare disease 
community—people of color (POC)—who experience an additional struggle with health disparities 
that compound the barriers to health, inclusivity, and equity. For people of color who have rare 
diseases, the ODA’s intended course corrections have rarely found their way to deliver on the promise 
of scientific advancements to them.

Next, we review the shameful history of racial discrimination and its impact on people of color in 
every facet of society, including the social determinants of health and health disparities. While the 
road to equity is tough, shocking exposure of systemic racism and inequities in 2020—from policing 
to the disparate impact of the COVID pandemic on people of color—has contributed to the tone and 
momentum of a new day. Society is demanding real change to address racial inequities. RDDC is 
encouraged by the discussions of individuals and institutions, including the Biden Administration and 
Congress, on these issues.

RDDC is ready to lead the way on health disparities in rare disease—inspired by the advocates who 
served as catalysts in 1983 with ODA and continuing through 21st Century Cures. Understanding 
that hard work remains on rare diseases, and especially on health disparities, RDDC convened rare 
disease experts, patient organizations, health and diversity advocates, and industry leaders with a 
deep knowledge of the medical, industry, regulatory, and cultural challenges facing people of color 
with rare disease. RDDC established an expert steering committee, formed working groups, and 
developed initial recommendations in four areas: (1) research and clinical trials; (2) delays in diagnosis 
and treatment; (3) patient and provider education and engagement; and (4) policy development. The 
preliminary work and recommendations of these work groups is outlined below and detailed in the 
appendix. But this is only the beginning. Building on these plans, we will continue to develop RDDC’s 
priorities and turn them into action. We are issuing an ongoing invitation to join the Coalition and 
contribute to its progress.
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Charting the Path Forward for Equity  
in Rare Diseases

Mass-Market Rare Disease

Large pool of patients for studies ✔ ✗
Economies of scale to produce drugs ✔ ✗
Large number of patients to sell to ✔ ✗
Increased product liability risks7 ✗ ✔

By the late 1970s, the issue of orphan drugs was on policymakers’ radars due to the coordinated 
efforts of patients, advocacy groups, scientists, and policy experts.8 These efforts led to a coalition 
that ultimately resulted in formation of the National Organization for Rare Disorders (NORD). During 
this time, numerous hearings were held, studies were conducted, and working groups were formed, 
ultimately building momentum for legislative action. These efforts led to a coalition that ultimately 
resulted in formation of the National Organization for Rare Disorders (NORD).

Rare Diseases

Today, over 30 million Americans live with a rare disease.1 Half of those Americans are children. While 
the causes of the roughly 7,000 rare diseases vary, they all profoundly impact patients, their families, 
and our communities.2 Over two-thirds of rare diseases are associated with a reduced lifespan.3 
Roughly one-third of children born with a rare disease will not live to the age of five years. While some 
rare diseases affect only a handful of patients, the collective impact of rare diseases is a strain on families.

Orphan Drugs: Not Enough Rare Disease Therapies

“Millions of Americans who suffer from rare diseases live without hope!”4 That was the testimony of 
a patient advocacy group’s vice president to Congress in 1980. The testimonial went on to say that 
there was not enough spending power among patients with rare diseases to make therapeutic drug 
manufacture profitable. For nearly a century, our society has benefited from scientific developments 
that have saved and advanced the lives of many patients. During the 1970s, it became apparent that 
these advances were not reaching everyone. As more scientists, patient advocates, and policymakers 
took note and studied this issue, they realized that very few therapies for rare diseases, which became 
known as “orphan drugs”, had been developed, because the limited prevalence of populations with 
rare disease was viewed as a barrier to the commercial investment necessary to earn FDA approval.5 
The table below reflects some of the uncertainties and costs associated with developing orphan drugs. 
Combined with limited post-approval profit potential, high research and development costs led to the 
view that the cost-benefit analysis worked against developing these therapies.6

The Orphan Drug Act and Related Policies—A History of Partial Solutions
After years of pressure, on January 4, 1983, the Orphan Drug Act (ODA) was signed into law.9 The 
ODA and related policies incentivized the development of orphan drugs through tax credits, market 
exclusivity, grants, and waiving of Food and Drug Administration (FDA) user fees.10 These incentives 
offset many of the costs and risks associated with developing orphan drugs.
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The ODA has made progress in its mission to incentivize the development of therapies for rare 
diseases.11 Prior to the ODA, only 38 orphan drugs had received FDA approval; since the ODA’s 
passage, over 900 orphan designations have been approved.12 Further, a growing number of 
therapies to treat pediatric rare diseases have been approved.13 

Since the ODA was enacted, other policies have been developed to support patients with rare diseases. 
The Department of Health and Human Services (HHS) has a number of administrative policies and 
programs designed to implement the policy of the ODA. For example, FDA’s Office of Orphan Products 
Development administers the Rare Pediatric Disease Priority Review Voucher Program and allocates 
grants for rare disease-related research, clinical trials, and natural history studies. More recently, the 
21st Century Cures Act has facilitated the development of rare disease drugs by modernizing the 
FDA approval process and by encouraging development of “targeted drugs for rare diseases.”14 The 
expansion of newborn screening also helps patients with rare diseases. All states now universally 
screen newborns for at least 30 rare diseases.15 Patients diagnosed with rare diseases through newborn 
screening tend to live longer, manage their symptoms better, and have fewer emergent medical crises. 

FDA’s accelerated approval policies, which allow drugs for serious conditions that fill unmet medical 
needs to be approved based on a surrogate endpoint, have increased quick access to cutting-edge 
treatments for many rare disease patients.16 To support orphan drug development, FDA recently 
published guidance on “Natural History Studies for Drug Development.”17 In November 2020, FDA 
published important guidance on “Enhancing the Diversity of Clinical Trial Populations.” These 
policies have collectively helped the rare disease community.

The steps taken have incentivized development of therapies for rare diseases, but more work needs 
to be done. Over 90 percent of rare diseases still lack FDA-approved treatments.18 On average, 
it takes five years and seven physician consultations to accurately diagnose a patient with a rare 
disease.19 Once a diagnosis is made, if a treatment is approved, patients still face many hurdles to 
access, including cost, prior authorization requirements, and step therapy rules. More needs to be 
done to help the entire rare disease community.

Racial Health Disparities in Rare Diseases

While the rare disease community continues to face hurdles generally, people of color face additional 
hurdles in their quest for care. Barriers to diagnosis and treatment for people of color often have 
deadly consequences. Flaws across the entire system have a compounding effect on the care that 
Black, Native American, Hispanic, Asian, and Pacific Islander Americans with rare diseases receive. 

Americans of color continue to be underrepresented in genome-wide association studies and 
clinical research trials, leading to a lack of understanding about effective treatments, particularly in 
diverse populations. Despite making up more than 38 percent of the U.S. population, people of color 
comprise only 16 percent of research study participants.20 On the patient side, people of color are 
less likely to have affordable access to health care and rare disease experts.21 To make matters worse, 
some rare diseases disproportionately impact people of color. For instance, sarcoidosis, sickle cell 
anemia, thalassemia, and some forms of lupus are known to affect minority populations at higher 
rates than the general population.22 And implicit bias particularly harms people of color with rare 
diseases.23
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Health Disparities in America
A long history of discrimination and socioeconomic inequality has led to a health crisis for people of 
color in the United States. Both social and physical determinants of health, which disproportionately 
negatively affect people of color, contribute to this crisis.24

Health is correlated with socioeconomic status (SES);25 in general, the higher the SES, the better health 
a family has. In contrast, people living with lower SES generally have poorer health. Racial disparities in 
socioeconomic status persist.26 Communities of color generally have lower SES, since the historical roots 
of inequality have often gone unaddressed. Environmental causes of health issues, such as lead paint 
poisoning, disproportionately impact poorer Americans and people of color.27 Lack of adequate insurance 
is a major factor in hindering access to medical care for people of color. Research shows that “the uninsured 
tend to be disproportionately poor, young, and from racial and/or ethnic minority groups.”28 Inadequate 
insurance limits access to basic care, not to mention the specialists needed for patients with a rare disease. 

Even for those with insurance, people in poverty have difficulty when experiencing the American medical 
system. Missed appointments are common for poorer Americans due to logistical challenges such as 
working hourly jobs with limited leave, securing reliable transportation, and finding childcare. The rise 
of telehealth during the COVID-19 pandemic poses a promising solution to some of these logistical 
problems, although some medical care for rare disease patients cannot be completed virtually.

Nevertheless, research shows that differences in socioeconomic status alone do not explain America’s 
racial health gap.29 At every level of education and income, African Americans have lower life 
expectancy at age 25 than whites. The life expectancy of Native Americans is even lower.30 To close 
the gap, noneconomic factors need to be addressed. 

A communication barrier between patients and their doctors also poses a challenge for patients 
whose first language is not English. Medical terms, especially as they relate to confusing symptoms 
or treatments that may relate to rare disease, can be difficult to translate. This difficulty may confuse 
some patients, making them increasingly reluctant to seek and receive care.31 Some patients may also 
lack insurance or be hesitant to promptly seek medical care due to their immigration status.32

Cultural barriers play a pervasive role in the disconnect between people of color and medical 
care. These barriers have historical roots, including distrust of the medical system due to past 
mistreatment. Some of the distrust within the Black American community stems from deliberate 
mistreatment during the “Tuskegee Study of Untreated Syphilis,” which targeted Black men beginning 
in 1932 and ending in 1972.33 Study participants were misled about the purpose of the research and 
were not given adequate medical treatment for their disease.

Though some of this mistreatment occurred long ago, the psychological and systemic harm remains. In a 
recent survey, only 54 percent of African Americans said they would definitely or probably get a COVID-19 
vaccine when available to them, compared to 74 percent for white Americans.34 Latinos, too, are often 
hesitant.35 Indeed, communities of color living with rare disease may be unable or unwilling to recognize 
their symptoms, seek care when it is needed, and trust medical professionals to diagnose them accurately 
and reliably. 

The medical community has begun to acknowledge historical racism. Several medical associations 
have formally apologized for their actions, and the American Medical Association (AMA) has 
called racism a public health crisis.36 In January 2021, the American Psychiatric Association (APA) 
apologized for its support of structural racism.37 Despite some progress, racial health disparities in 
America persist—and they particularly impact people of color with rare diseases. Until we recognize 
the past, it will be difficult to move forward. 
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A Nation Ready for Change
A growing number of Americans are beginning to see the systemic racism in America. High-profile 
police shootings of unarmed Black people have increased recognition of the injustices in all facets of 
our society. These tragedies have led to a growing consensus that something must be done.
Our nation’s leaders have expressed the will to solve these problems. President Biden has made equity, 
including health equity, a cornerstone of his campaign and now his administration.38 Once taking office, 
President Biden created the COVID-19 Health Equity Task Force.39 Many Democratic and Republican 
lawmakers have spoken about racial disparities and discussed public policy solutions. Legislators on 
both sides of the aisle worked together to pass the First Step Act, which helped to reduce disparities in 
the criminal justice system.40 More needs to be done to address health equity, especially for people of 
color with rare diseases, and now is the time to act. With this level of momentum and support, we can 
dig deep and change the social determinants of health—those conditions around how people live, learn, 
work, and play that affect various aspects of health and quality of life—in underserved communities.

Leading the Way: The Rare Disease Diversity Coalition

The Black Women’s Health Imperative (BWHI) is an organization that deeply understands the health 
care challenges faced by people of color with rare diseases. Black, Hispanic, Asian and Pacific Islander, 
and Native American people with rare diseases often struggle with obtaining a diagnosis and adequate 
treatment and care. These barriers are even more pronounced and widespread among people of color, 
whose lack of access to health care, low representation in research and trials, and other challenges can 
end up causing serious health consequences. The COVID-19 pandemic has highlighted longstanding 
health disparities and has renewed focus on racial injustice in the United States. These conditions and 
the opportunities to be a catalyst for change inspired a motivated group of patient advocates and 
health policy experts to form the Rare Disease Diversity Coalition (RDDC) to work toward progress on 
rare diseases and health equity and to serve as a bridge between the two movements.

In May 2020, BWHI launched RDDC—a first-of-its-kind coalition, with the goal to address 
the extraordinary challenges facing people of color with rare disease. RDDC formed to work 
collaboratively toward an actionable path forward on both rare diseases and health equity. RDDC 
develops its plans through evidence-based research, representation, advocacy, and transparent 
acknowledgment of the challenges we face. RDDC draws strength from the coalitions that led on the 
ODA—which resulted in the development of NORD—as well as inspiration and a lesson that, together, 
we can drive progress on both rare diseases and health equity.

RDDC brings together rare disease experts, patient organizations, health and diversity advocates, and 
industry leaders with a deep knowledge of the medical, industry, regulatory, and cultural challenges 
facing people of color with rare disease. RDDC is poised to achieve action in the years to come by:

� Reducing racial disparities in the rare disease community;
� Identifying and advocating for evidence-based solutions to alleviate the disproportionate 

burden of rare diseases on communities of color; and
� Helping to achieve greater equality within the rare disease community.

The Coalition believes firmly in collaboration and leveraging input of stakeholders, including rare 
disease patients and families, who experience daily the struggles of these issues; patient organizations, 
who represent and unite those most affected; clinicians and researchers, who drive understanding and 
evidence across the medical community; private-sector groups, which play a crucial role in supporting 
research; and policymakers, who drive changes in government policy that lead to progress.
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To tap into the collective expertise and experiences of various stakeholders, RDDC initially convened 
workgroups to study and discuss needed progress in four key areas for people of color living with 
rare diseases.

Reducing Delays in Diagnosis and Improving Treatment and
Improving Patient and Provider Education and Engagement

	f Educate, equip, and engage health care providers to deliver culturally appropriate care to people of color living with 
rare diseases.

	f Exponentially increase the number of people from marginalized groups pursuing professions in medicine and health 
care.

	f Improve and increase trust in the health care system for people of color living with rare diseases. 
	f Increase engagement from communities of color in patient advocacy groups.
	f Increase medical literacy and patient confidence among rare disease patients and caregivers of color.

Improving the State of  
Research and Clinical Trials

Advocating for  
Government Policy

	f Address pipeline and systemic issues that inhibit 
communities of color from participating in research 
and clinical trials by educating researchers and 
providers.

	f Increase the number of rare disease researchers 
and medical students that come from communities 
of color.

	f Increase the participation of communities of 
color in research and clinical trials by increasing 
regulatory flexibility. 

	f Increase research and treatment innovations for minority rare 
disease populations by passing flagship legislation to address 
disparities in rare disease access and care.

	f Leverage telehealth to improve access to care and treatment 
for people of color living with rare diseases.

	f Educate the administration, federal agencies, and bipartisan 
Congressional leaders about the importance of addressing 
racial disparities in the rare disease community and urge 
targeted action consistent with new health equity initiatives. 

These recommendations are only the beginning of RDDC’s work. For each recommendation, RDDC 
has outlined concrete steps to make meaningful progress in 2021. All recommendations and specific 
action plans are set forth in Appendix #1.

Working toward these recommendations will require the commitment and support of industry 
leaders, issue experts, health care professionals, and patients. Interested stakeholders are invited 
to join RDDC in this important work. With widespread support and commitment, we can take steps 
together toward reducing the disproportionate burden of rare diseases on communities of color.

1.  Correcting delays in diagnosis and treatment
2.  Improving patient and provider education and engagement
3.  Improving the state of research and clinical trials
4.  Advocating for government policy

How Recommendations Formed
The RDDC’s Steering Committee undertook a 6-month study to assess the most pressing challenges 
faced by people of color with rare disease and identify potential solutions. Based on a review of existing 
literature, research, working group analysis, and input from patients and the Steering Committee, RDDC 
identified more than 75 recommendations, all included in the appendix, that cut across the four key areas 
of focus. After identifying these recommendations, eleven were prioritized. These recommendations 
directly address many of the social determinants of health with a focused eye toward improving health 
and reducing longstanding disparities in health care for people of color with rare diseases. 

These recommendations form a preliminary roadmap to guide the Coalition’s 2021 advocacy work toward 
specific actionable efforts that will result in progress for people of color living with rare diseases. It also sets 
the stage for future efforts to build a more equitable health system for people of color with rare diseases. 

Top-Level Recommendations
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A Path Forward—Change Is Possible

As we considered RDDC’s mission and our priorities on health equity and rare disease, the 
opportunity to make progress was obvious. The good work done by the coalition that pushed to 
develop the ODA (led by NORD) serves as a great example of how the coalition we envision can 
change the system effectively—to incentivize R&D in areas that were otherwise “orphaned.” This time, 
the mission is to continue to improve the system for patients with rare diseases and to address health 
disparities for people of color with rare disease.

Then, as we see now, a certain portion of the population was being left behind. Also then as now, 
commercial and market incentives were not sufficient to result in the developments society needed. 
However, a small, dedicated group of patients, advocates, and experts was able to make positive changes.

Today, RDDC, along with its allies, will begin persuading government to take basic steps for its 
people. Today, RDDC calls for a crusade to eliminate health disparities, especially in the realm of 
rare diseases, where the disparities have such devastating effects. RDDC calls for legislative and 
administrative solutions, for updates to existing policies, and for new policies.

This opportunity comes at a time in which many in our society support efforts to finally address 
racial equity, including health disparities, effectively and systemically. The time is now, with the 
Biden Administration and Congress identifying racial and health equity as priorities. RDDC is pleased 
that BWHI has engaged with policymakers from the Biden Administration and Congress and has 
generated excitement to work with our Coalition to make progress for the health equity and rare 
disease movements. 

RDDC looks forward to working with you to dig deeper into these recommendations and turn 
them into action, drawing on the historic work of the coalitions that developed the original ODA 
policy fixes. We will explore the extent to which these policies may be improved to address health 
disparities in rare diseases or work as a playbook for separate health equity policy development. 
Our policy workgroup will explore how other policy considerations may be adjusted to include our 
Coalition’s recommendations to make progress in health disparities and rare disease policy. 
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Reducing Disparities Through Administrative Action
Federal health-related agencies should declare in government policies the stated objective to 
eliminate health disparities. The respective agencies should implement specific policies to effect real 
change. For example, the FDA needs to continue to develop policy to encourage diversity in clinical 
trials. RDDC will use the public comment process and other avenues to help push administrative 
agencies to adopt concrete policies to reduce health disparities.

Reducing Disparities Through Legislation
New laws must be enacted and old laws updated to eliminate health disparities. The ODA has helped 
the rare disease community broadly, but updates should be made to further help the community and 
people of color with rare diseases who have often been left behind. New and enhanced provisions need 
to be designed to encourage making every aspect of the health care system do its part to eliminate 
health disparities. The tactics used in the original ODA to address market failures with orphan drugs 
can be used effectively today to address health disparities.

The 21st Century Cures Act also needs to be updated to address health disparities. The current 
draft of Cures 2.0, a follow-up to 21st Century Cures, helps address health disparities by including 
policies on health literacy and diversity in clinical trials.41 However, more needs to be done to ensure 
and protect rare disease patients’ access to high quality innovations—starting with every aspect 
of defining “value”. Cures 2.0 needs to make sure that the innovations it propels in gene therapy, 
diagnostics, and other cutting-edge areas help those who need help the most. Many components of 
the 21st Century Cures Act need to be updated to incentivize the development of treatments that will 
decrease health disparities.

Policies also must be passed to ensure that the rare disease community and people of color with rare 
diseases can access new treatments once they are approved. Numerous socioeconomic status and 
racial hurdles prevent these patients from accessing the care they need. For example, policies should 
be passed to prevent insurers from using prior authorization requirements and step therapy programs 
to prevent patients from getting the care they need in a timely manner. Lastly, RDDC supports the 
passage of the legislation to address disparities in rare disease access and care in 2021. 

Conclusion

People of color with rare diseases face immense challenges. Due to health disparities 
in this country, people of color with rare diseases are in a dire situation. Thankfully, the 
situation is not without hope. We know what can be done. We know how passionate 
advocates can make a difference. Policy changes can incentivize great progress. We 
know how to begin to reduce racial health disparities and help these patients now. 

RDDC’s 11 key recommendations are just the beginning. We look forward to a 
broad array of suggestions on working together on strategic policy aims. Other 
recommendations, literature, and resources are being developed and will be available 
on the RDDC’s webpage. We invite you to join us and be part of the solution, and we 
welcome your suggestions.
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About BWHI
For 35 years, BWHI has been dedicated solely to improving the health and wellness of Black women 
and girls physically, emotionally, and financially. BWHI advances and promotes Black women’s health 
through three focus areas: wellness programs; policy and advocacy; and research translation.

BWHI launched RDDC by convening industry, advocacy, and community leaders and by involving 
patient and health care guests in the initial Steering Committee and working group meetings. RDDC 
extends great thanks to those who have been involved since our launch; without the support of the 
organizations and individuals listed below, we would not be where we are today.

Steering Committee
As of February 2021, RDDC is proud to have these esteemed members of our Steering Committee:
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Industry Sponsors
To date, the Coalition has received the valued support of industry sponsors including founding sponsor 
Travere Therapeutics as well as Vertex, Amgen, Aurinia, Alnylam, Alexion, GBT, Boehringer Ingelheim, 
and Syros Pharmaceuticals. Additionally, RDDC has received informative and vital support from guest 
attendees, with organizations including the National Institutes of Health (NIH), Signify Health, Hemophilia 
Federation of America, the Ikari Foundation, Primary Care Collaborative, Alston & Bird, and the Haystack 
Project. Invaluable support from patients and patient advocates has informed our working groups’ 
research and subsequent policy recommendations. 

Anchored by the expertise of this Steering Committee and supported by a growing number of sponsors 
and Coalition members, RDDC will continue to advocate for solutions to alleviate the disproportionate 
burden of rare diseases on communities of color. Thank you to all who have been involved. 

How to Get Involved

The year 2021 is about making actionable progress for people of color with rare diseases, focused on 
11 core recommendations. RDDC believes collaboration is essential and welcomes the involvement of 
new committed, knowledgeable stakeholders from across the health care space.

Coalition Membership
RDDC membership is open to rare disease-, diversity-, and health care-focused organizations and 
companies who are invested in the Coalition’s mission of reducing racial disparities in the rare disease 
community. 

Please contact us if you are interested in becoming a member: https://www.RareDiseaseDiversity.org/. 

Sponsorship and Industry Support
Support from sponsors and health care industry leaders enables RDDC to take meaningful steps 
toward change for affected communities. Sponsorships support a wide range of initiatives, including:

	� Providing grants for rare disease initiatives endorsed by the Steering Committee that build 
the capacity for communities of color to address health disparities in policy and research;

	� Developing educational materials to assist health care communities, inspire media, and 
engage the broader public; and

	� Convening webinars and policy briefings.

RDDC welcomes additional support. Please contact us if you are interested in sponsoring our work. 
https://www.RareDiseaseDiversity.org/.

2021 Schedule of Meetings
Full Coalition meetings will take place every other month beginning in February 2021. These meetings 
provide members and stakeholders the opportunity to align on progress and immediate items. All RDDC 
members are welcome, as are guest invitees, speakers, and rare disease patients or patient advocates.

Contact RDDC
To learn more about the Rare Disease Diversity Coalition, please visit our website at  
https://www.RareDiseaseDiversity.org/. 

You can also follow our updates on Twitter and Instagram @BlkWomensHealth.
https://twitter.com/blkwomenshealth
https://www.instagram.com/blkwomenshealth/ 

https://www.RareDiseaseDiversity.org/
https://www.RareDiseaseDiversity.org/
https://www.RareDiseaseDiversity.org/
https://twitter.com/blkwomenshealth
https://www.instagram.com/blkwomenshealth/


14   |  Charting the Path Forward for Equity in Rare Diseases

Appendix 1: 2021 Actionable Roadmap 

Key RDDC recommendations and 2021 planned action steps are as follows. 

Key Areas: REDUCING DELAYS IN DIAGNOSIS AND IMPROVING TREATMENT AND 
IMPROVING PATIENT AND PROVIDER EDUCATION AND ENGAGEMENT

Educate, equip, and engage health care providers to deliver culturally appropriate care to people 
of color (“POC”) living with rare diseases. This includes addressing the cultural awareness gap 
and apathy and ultimately impact an array of audiences, including providers, patients, caregivers, 
government leaders, medical institutions, and medical societies. Actions in development are to:

	� Fund cultural awareness and bias training (including a pilot) for health care providers
	� Implement continuing medical education (CME) in partnership with one or more medical 

associations or medical centers featuring underserved community engagement and 
interaction

	� Develop a national directory of other cultural competency training programs to serve as an 
ongoing provider resource

	� Improve medical school curriculum to include greater exposure to rare diseases

Exponentially increase the number of people from marginalized groups pursuing professions in 
medicine and health care. This will have indirect benefits for POC living with a rare disease. Efforts in 
development are to:

	� Partner with the Association of American Medical Colleges to increase diversity in the pipeline 
at medical schools

	� Work with the Association of American Medical Colleges (AAMC) to establish a list of specific 
recommendations to increase diverse enrollment for medical schools

	� Launch an educational campaign targeted at medical schools, to hire more minority groups to 
their faculty

Improve and increase trust in the health care system for POC living with rare disease families. 
Building trust takes time, effort and intention and the investment results in stronger overall health 
outcomes. RDDC efforts in development are to:

	� Develop a diversity “best practices” document for the health care industry in collaboration 
with American Medical Association (AMA), National Medical Association (NMA), National 
Hispanic Medical Association (NHMA), and BIO, among others which includes best-in-class 
recommendations and education for members on how to develop culturally sensitive and 
inclusive education and marketing materials

	� Utilize the “best practices” document to further promote diversity in public relations and 
marketing vendors for industry and organizations

	� Facilitate an “industry commitment” to inclusion efforts which contains a pledge to translate 
materials into lay language for patients at varying educational levels and into Spanish

	� Host a mentorship program for minority students
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Increase engagement from communities of color in patient advocacy groups. Efforts in development 
are to:

	� Develop a guidance document of measurable practices for patient advocacy groups to aid 
them in better supporting diverse rare disease patients and caregivers of color. This guidance 
document will address the following areas: 

	f Governance: Ensure boards and senior staff are diverse enough to foster disparate 
perspectives in programming and practices

	f Events: Develop guidance for offering conference scholarships to ensure that families 
from all socio-economic groups can attend, planning committees are diverse, weekend 
conferences are offered for caregivers who cannot afford to take off from work, childcare 
is provided for families at conferences, and tailored programming is provided for Spanish-
speaking attendees

	f Communications: Ensure communication channels such as website and social media 
profiles are diverse; provide bilingual or multilingual patient materials 

	f Collaborations: Develop guidance for diversifying scientific advisory committee, create peer 
mentor programs to connect newly diagnosed patients with families like them, and develop 
community organization partnerships that specifically focus on underserved groups

Increase medical literacy and patient confidence among rare disease patients and caregivers of 
color. Knowledge can empower rare disease patients and caregivers of color to become active 
partners in their health and medical care experience. Efforts in development will equip patients to 
better navigate the health care system moving forward and include: 

	� Partnering with patient advocacy groups to conduct an educational campaign to 
empower diverse patients and their networks. This includes delivering online and in-person 
programming and collateral materials that provide guidance in areas such as: 

	f The “ABCs of your newly diagnosed disease”;
	f Selecting the right care advocate;
	f Making the most of medical appointments; and
	f Speaking up or filing complaints in scenarios where treated unfairly.
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Key Area: IMPROVING THE STATE OF RESEARCH AND CLINICAL TRIALS

Address pipeline and systemic issues that inhibit communities of color from participating in 
research and clinical trials by educating researchers and providers. Efforts in development are to:

	� Provide funding to a fellow to identify best practices in rare disease research and clinical trial 
studies that had a large number of participants from communities of color

	� Develop a summary guidance document of best practices, with target audiences including the 
broader medical community and POC

	� Utilize identified best practices to educate researchers and providers with the know-how to 
engage with communities of color in order to reach, educate, build relationships, and ultimately 
increase participation of enroll large numbers of POC in research and clinical trials

Increase the participation of communities of color in research and clinical trials by increasing 
regulatory flexibility. This will create synergies with FDA given mutual interests in innovation, 
collaboration and in developing treatment therapies for rare diseases. To accomplices this effort, RDDC 
will engage regulators in an ongoing dialogue, providing opportunities for the rare disease community 
to inform regulatory reviews and provide feedback on how to improve clinical trials for POC. 
Efforts in development are to:

	� Create a Rare Disease & Diversity Center of Excellence focused on racial and ethnic minorities at 
the FDA

	� Work with the FDA to train investigators and formulate data that can be useful to the agency in 
improving participation of POC in clinical trials

Increase the number of rare disease researchers and medical students who come from communities 
of color. Programs and initiatives will positively impact representation as well as prioritize research 
monies that focus on rare diseases that disproportionately affect communities of color. Efforts in 
development are to:

	� Create a rare disease fellowship focused on communities of color
	� Establish a loan repayment program (LRP) for medical students in communities of color to 

specialize in rare disease specialties (e.g., genetics)
	� Increase mentorship programs for communities of color in rare disease (e.g., R25 training 

program with the NIH)
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Key Area: ADVOCATING FOR GOVERNMENT REGULATION, LEGISLATION, AND POLICY

Increase research and treatment innovations for minority rare disease populations by passing 
flagship legislation to address disparities in rare disease access and care. This important legislation 
would require directors at the NIH, Centers for Disease Control and Prevention (CDC), the Health 
Resources and Service Administration (HRSA), HHS, and the Indian Health Service (IHS) to take 
actions related to rare diseases in minority populations. Efforts in development are to: 

	� Require the director of the NIH to expand research with respect to rare diseases in minority 
populations

	� Expand the Minority Access to Research Careers program
	� Direct the NIH and CDC to submit a comprehensive federal plan to Congress to address 

rare diseases in minority patients and a comprehensive list of rare conditions that impact 
communities of color

	� Require the director of the CDC to conduct research related to POC with rare diseases and 
require the director of HRSA to educate health professionals on the causes and effects of rare 
diseases in minority populations

	� Direct the NIH & CDC to submit a report on federal research and public health activities to 
Congress with respect to rare diseases in minority populations.

Leverage telehealth to improve access to care and treatment for patients of color living with rare 
diseases. Advocacy efforts will support continued telehealth access for rare disease diverse patients, 
both during and after COVID-19. Key challenges in telehealth such as technology barriers, rules, and 
restrictions that limit the permanent availability of telehealth options for patients are key areas of 
focus. Efforts in development are to:

	� Support efforts to make the telehealth waiver permanent and address telehealth licensing 
barriers

	� Advocate for the Evaluating Disparities and Outcomes of Telehealth Act which would study 
the effects of changes to telehealth under the Medicare and Medicaid programs during the 
COVID-19 emergency, including changes affecting minority populations

	� Coordinate with advocacy partners to evaluate other legislative opportunities related to 
expanding telehealth options

Educate the Biden Administration, federal agencies, and bipartisan congressional leaders about the 
importance of addressing racial disparities in the rare disease community and urge targeted action 
consistent with new health equity initiatives. Efforts in development are to:

	� Create educational materials to share with government officials
	� Conduct proactive outreach on a bipartisan basis to identify and build support for new 

legislative and regulatory solutions.

*Numerous other suggestions and ideas were captured in the RDDC Working Groups during 2020 
that have future potential for action. The above RDDC recommendations and action plans for 2021 are 
viewed as a positive first step to making real progress in both 2021 and in the years to come. 
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