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W
orking to improve the lives of people living with rare diseases and their 
families as they travel on the patient odyssey has long been at the heart of 
NORD’s mission. We strive to provide vital services, support and information 
every step of the way to the millions of Americans affected by the more 
than 7,000 rare diseases currently identified by the National Institutes of 
Health. But we don’t operate in a vacuum; it truly does “take a village” to 
foster change.  

2018 was a year of milestones, as we marked the 35th anniversary of 
the groundbreaking Orphan Drug Act as well as NORD’s 35 years of service. 
We have seen major advances on the treatment front, with 47 FDA orphan 
approvals and 199 designations granted in 2018. While there is much more 
work to be done, with statistics like these, it’s clear that the pace of progress 
is accelerating, and it’s with those directly affected often leading the way. 

Patients and caregivers are helping to build serious momentum in new and different ways, such 
as with patient-reported outcomes and real-world evidence. In fact, early this year, NORD and the 
FDA announced a memorandum of understanding for listening sessions that have since begun 
connecting patients and reviewers in real time, allowing for valuable firsthand 
input. It’s for good reason that the 2018 Rare Diseases and Orphan Products 
Breakthrough Summit, NORD’s largest and most well attended to date, was 
themed “A New Era of Patient-Focused Innovation.”

It is only by working with people living with rare diseases, patient 
organizations, advocates, legislators and other supporters that we can truly 
make a difference. And so we continue to do just that. NORD’s motto of 
“Alone we are rare. Together we are strong.” has never been more true. 
We thank you for your support and look forward to continuing our 
work, together, in hopes of building an enduring era of hope. 

Sincerely,

Peter L. Saltonstall | President and CEO

At NORD, we are incredibly grateful to our generous donors and supporters. 
Because of you, we are making a difference in the rare disease community. Our 
work touches many, including the more than 25 million Americans impacted by 
rare diseases, with programs spanning from advocacy to research and beyond.

2018 HIGHLIGHTSTABLE OF 
CONTENTS

2018 HIGHLIGHTS

WORKING TOGETHER 

TO ACCELERATE 

RESEARCH

GRANTING HOPE FOR 

RARE DISEASES

MAKING STRIDES  

AS A COMMUNITY

PROVIDING HELP 

WHEN IT’S NEEDED 

MOST

ANSWERING YOUR 

MOST URGENT 

QUESTIONS

PROGRESS THROUGH 

POLICY

STRONGER WHEN  

WE COME TOGETHER

TRAINING 

TOMORROW’S 

LEADERS

IN MEMORIAM

VOICES OF NORD

MEMBERS

1

2 

2

3

4

5

7

7

8

9

10

12

Recognized as an outstanding charity by:

 12.7 MILLION 
website visits to read NORD’s online 
rare disease reports, which offer 
information about rare diseases written 
in easy-to-understand language.

$7+ MILLION
funded in research through grants  
since 1989.

 150,000+
phone calls from patients 
and caregivers answered 
in our call center.

25+ MILLION
7,000+ rare

diseases

× 90% of diseases have no 
FDA-approved treatment

Americans 
affected by 

= A challenge we can overcome 
only by working together

550 
patient stories shared 
to raise awareness.

 280
patient organizations joined 
or renewed as NORD 
Member Organizations.

7,459 
people received assistance to 
help with rare disease-related 
medical expenses that they 
could not otherwise afford. 

NORD® RARECARE® NORD® RARE
CARE®

NORD and the FDA established listening 
sessions connection rare disease patients 
and reviewers in real time, allowing for 
valuable firsthand input.

800+

35
years of service to the 
rare disease community

attendees at the 
NORD Rare Summit
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WORKING TOGETHER TO ACCELERATE 
RESEARCH

GRANTING HOPE FOR RARE DISEASES

Whether it’s building the infrastructure to conduct research around the globe 
or using new techniques to chart the progression of a disease, each of our 
studies begins with a simple idea: to better understand rare diseases to help 
patients. This year we introduced a new model of engagement to advance 
NORD’s registry program, IAMRARE™, to the next level. Now patient groups, 
working with researchers spanning industry, academia and medicine, can 
establish sub-studies to propel research forward.

“�It allowed us to generate 
the first publication on 
this condition in a major 
medical journal, which 
helped make doctors better 
able to diagnose and treat 
it, and made patients more 
aware of it.”  
▶ Anne Louise Oaklander, Associate
Professor Neurology, Harvard Medical
School

“�This grant allowed us to do 
a study that we could not 
have done and provided 
then unknown information 
about the condition now 
called vascular EDS.”  
▶ Peter Byers, Professor,
Departments of Pathology and
Medicine (Medical Genetics),
University of Washington

“�NORD funding kept our 
laboratory funded and the 
investment in our work has 
been met more than 10-fold 
with subsequent research 
finding from the NIH, industry 
and other foundations!” 
▶ Alison Moliterno, Associate Professor
of Medicine, Johns Hopkins University
School of Medicine

DID YOU  
KNOW?

Our 32 patient registries representing 
different rare diseases have collected 
40,000+ lifetime survey responses, 
with more added each day. 

Making Breakthroughs 
Collaborating with the Global 
Prader-Willi Syndrome Registry 
and biopharma companies, 
our sub-study program is 
helping to inform potential 
new treatments and life-saving 
clinical trials. Together we are 
studying behavioral changes, 
examining de-identified data to 
understand medication usage, 
and following serious medical 
events over a four-year period.

TESTIMONIALS

We are committed to helping every person with a rare disease. Our research grant portfolio—more than $7 
million since 1989—led to two FDA-approved therapies, numerous publications in medical journals and, in many 
cases, has served as the only source of funding for the study of particular rare diseases. 

What’s more is much of this funding comes from donations made by families and friends of people affected 
by rare diseases, or by individuals living with rare diseases themselves. This past year’s investment demonstrated 
our long-running commitment to empowering patients to advance research, with $375,000 distributed to 
qualified researchers working to develop new diagnostics or treatments. 

Watch to see how the community relies on our research 
grant program – together we make a difference. https://
youtu.be/xbP8K7PKguY (or scan QR code)

MAKING STRIDES 
AS A COMMUNITY
In recognition of the 7,000 identifed rare diseases and to 
mark NORD’s 35th anniversary, we issued a challenge to 
rare disease advocates to walk, run or bike 7,000 miles 
collectively throughout the month of February. The 7,000 
Mile Rare Movement raised over $36,000 towards NORD’s 
programs and services.

Running for Rare®, NORD’s charity marathon running 
team, added five events to its roster in 2018 for a total of 
12 races, representing full and half marathons across the 
US. With 50 runners and 54 community partners, we have 
a growing team making moves and raising awareness and 
funds in support of the rare disease community, with more 
than $125,000 raised this year.

$125,000+
           raised in 2018 through this movement 
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PROVIDING HELP WHEN IT’S 
NEEDED MOST
Dealing with the financial and logistical realities of living with a rare disease can be frustrating 
and overwhelming. NORD provides services to people living with rare diseases in all 50 states, 
Washington, DC, Puerto Rico and Guam. This year, in addition to its existing programs, NORD 
launched three new RareCare® Patient Assistance Programs:

CTTL - Boston Children’s 
Hospital (BCH) sponsored 
Randomized Double-Blind 
Controlled Trial of Everolimus 
in Children and Adolescents 
with PTEN Mutations 

Bile Acid Synthesis Disorders/
Zellweger Spectrum 
Disorders Copay and Medical 
Assistance Program   

Neurotrophic Keratitis Copay 
Assistance Program

“�Owen gets weekly injections that are helping him 
preserve muscle and lung function. However, 
maintaining his access to this drug is a difficult 
process. Your help means the world to us and is a 
huge relief on our stress level.”  
▶ Christine and Scott, Owen’s parents

“�Since my wife went down to working part-time to be 
able to stay home with our daughter, our finances 
have certainly been tighter than they previously were. 
The assistance I receive from NORD to cover my 
[medication] has been incredible in our lives.” 
▶ Ryan, rare disease patient

TESTIMONIALS

95%

ANSWERING YOUR MOST URGENT 
QUESTIONS
More than 80% of rare diseases are genetic. In light of treatments recently approved by the Food and Drug 
Administration, gene therapy is a topic at the forefront of many rare disease conversations. This year we released 
a video to address patients’ hopes, questions and concerns, across many different diseases. Watched 12,000+ 
times, “Gene Therapy: Your Questions Answered” ignited conversation with hundreds of comments and shares 
across social media.

TESTIMONIALS

“�The NORD video is an excellent resource and 
will help a great deal of patients and patient 
advocates.” 
▶ David M. Barrett, JD, MS, Executive Director, American
Society of Gene & Cell Therapy

Watch the video here. https://www. 
youtube.com/watch?v=5ChXI6cSQs0 
(or scan QR code)

NORD makes it easier 
for rare disease patients 
to understand the latest 
medical advancements that 
might help their condition.
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Owen and his service dog, Dandelion

of the people we helped 
live below the Federal 
Poverty Line and could 
not otherwise access 
necessary medical 
treatment.

https://www.youtube.com/watch?v=5ChXI6cSQs0
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PROGRESS THROUGH POLICY

STRONGER WHEN  
WE COME TOGETHER

Throughout 2018, volunteers and staff of NORD’s 
grassroots advocacy arm, the Rare Action Network® 
(RAN), advanced our goals to unite, educate and drive 
progress for people with rare diseases. We helped pass 
new laws in 12 states (plus near passage in four states), 
hosted 10 advocacy training workshops and released 
our annual RAN State Report Card®—the only report of 
its kind—evaluating each state’s progress on reducing 
the burden of rare diseases, and where to make future 
improvements. As a community we celebrated a major 
milestone when we reached 5,000 RAN members, 
representing all 50 states and the District of Columbia.

Many people may not realize that there are hundreds of 
types of rare cancers, including all pediatric cancers. This 
year we formally united 21 patient groups to form the 
Rare Cancer Coalition—the first of its kind in the United 
States—and established a presence at ASCO, the largest 
oncology conference in the world, to help raise awareness 
and meet the needs of rare cancer patients. The group 
provides opportunities for information sharing, networking, 
collaborative educational programs and a presence at major 
conferences, bringing hope and results to patients.

Turbo-Charged Advocacy
Two studies released in 2018 
through NORD’s RareInsights™ 
platform helped boost 
advocacy efforts with new  
data showing the true cost of 
rare diseases to the US health 
care system.

TESTIMONIALS

OCTOBER 2018

Orphan Drugs
in the United States
Growth Trends in Rare Disease Treatments

DECEMBER 2018

Orphan Drugs
in the United States
Exclusivity, Pricing and Treated Populations

Building hope and progress for rare 
cancer patients

“�As an advocate, I like giving a voice to those who 
cannot give a voice to themselves. I measure 
success as something as simple as connecting 
a rare disease patient with a support group so 
that they can speak to others and don’t feel 
so isolated. Or it could be something as big as 
getting legislation that benefits the entire rare 
disease community and my state.”  
▶ Deborah Skolaski, RAN State Ambassador for Texas

Get inspired: Watch our advocates in action in this special series 
produced as part of NORD’s 35th Anniversary celebration. 
https://www.youtube.com/watch?v=LqzWEnwBrP4&list=PLM 
mYBWQscoiEei4xEtzj74GxA2vvC-WP2 (or scan QR code)

12
We helped 
pass new 
laws in

states

6

NORD® RARE CANCER
COALITION

https://www.youtube.com/watch?v=LqzWEnwBrP4&list=PLM mYBWQscoiEei4xEtzj74GxA2vvC-WP2
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IN MEMORIAM
ROBERT M. CAMPBELL, JR., MD

This year, the rare disease community lost one of its 
most dedicated and accomplished supporters. We were 
deeply saddened to learn of the passing of Dr. Robert M. 
Campbell. A great friend to NORD, Dr. Campbell served 
on our Medical Advisory Committee for many years, 
donating countless hours as a scientific adviser and 
reviewer of research proposals. 

He was also supportive of NORD’s educational 
programs, reviewing information for patients and 
serving as a chapter editor for The NORD Guide to Rare 
Disorders, a textbook on rare diseases for pediatricians 
and family physicians that NORD published with 
Lippincott, Williams & Wilkins in 2003.

He was not only involved in the quality of life for 
rare disease patients through his work as a researcher 
and clinician, but Dr. Campbell also supported NORD’s 
advocacy on pediatric medical device development on 
many occasions over the years. In 2010, his advocacy 
on behalf of children with rare medical conditions was 
recognized with a Congressional Resolution (H.Res.1499).

Dr. Campbell was best known for his 
groundbreaking invention–the Vertical Expandable 
Prosthetic Titanium Rib (VEPTR)–a medical device 
that has been life-saving for many children with 
Thoracic Insufficiency Syndrome. Due to his incredible 
accomplishments and dedication to the rare disease 
community, NORD proudly honored Dr. Campbell with 
the 2018 Lifetime Achievement Award during our 35th 
Anniversary Celebration presenting the Rare Impact 
Awards on May 17. During his remarks, the audience was 
moved by his words of encouragement and laughed 
with him as he recalled joyful memories of his years 
working with the community. 

Dr. Campbell will be missed by his family, friends, 
colleagues, patients and by all of those whose lives  
he touched. 

Dr. Campbell’s Legacy: Watch his Lifetime 
Achievement Remarks. https://youtu.be/_ 
kEz6ldw0gM?t=2h16m21s (or scan QR code)
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TRAINING TOMORROW’S LEADERS
What does the future look like for rare disease patients and clinicians? We think it will be brighter than ever.  
This year we teamed up with Healthline Media, the second largest health information website in the United 
States, to create a stronger and healthier world by assisting and empowering college students who have 
demonstrated involvement in the advancement of rare and/or chronic disease. The 2018 Healthline and NORD 
Stronger Scholarship program awarded four students each with a $5,000 scholarship. We are excited to see what 
they will accomplish next!

Simran Handa is a senior at Lewis & Clark 
College working towards her degree in 
biochemistry and molecular biology. She 
is also a caregiver for her teenage sister, 
who lives with ulcerative colitis, a chronic 
inflammatory bowel disease. Simran’s 
research at Lewis & Clark investigates the 
biology behind two rare genetic diseases, 
Hermansky-Pudlak syndrome and Chediak-
Higashi syndrome. 

Simran Handa 

Upon entering the direct medical program at 
Rice University, junior Sanika Rane began 
working towards a bachelor of science degree 
in kinesiology and a minor in global health 
technologies. As part of her minor, she and 
her peers were assigned a semester-long 
project to design a less expensive alternative 
to help treat gastroschisis, a rare congenital 
birth defect that occurs when a baby’s 
intestines form outside of the body. While the 
survival rate of babies born with gastroschisis 
in the United States is approximately 90%, 
the survival rate in developing nations is 
minimal. The team presented their work at 
Rice University’s annual George R. Brown 
Engineering Design Showcase in April 2018, 
where they were honored with the top award, 
Excellence in Engineering: 1st Place Design.

Sanika Rane Daniel Stanley is a junior at the University 
of Wyoming and is pursuing a double major 
in biology and environment and natural 
resources. His younger sister, Emily, had 
her first seizure when she was 6 months 
old, but didn’t receive a diagnosis of 
Dravet syndrome—a rare, lifelong form of 
epilepsy—until she was 5. Watching Emily 
manage her condition has inspired Daniel’s 
desire to pursue a career in research. He 
won funding through a competitive IDEA 
Network Biomedical Research Excellence 
(INBRE) Fellowship program from the 
National Institutes of Health (NIH), which 
has contributed to his ongoing epilepsy 
research. Daniel is also active with the 
Dravet Syndrome Foundation, and at a 
recent conference, he and his older sister 
participated in a panel made up of siblings 
of Dravet patients.

Daniel Stanley

When Westminster College senior Matthew Pearl was four years-old, he received a diagnosis 
of Fanconi Anemia, a rare blood disorder that leads to bone marrow failure. At nine, he 
underwent a bone marrow transplant and the following year, he was invited to speak at a 
scientific symposium held by the Fanconi Anemia Research Fund. In the years since, Matthew 
has gone on to speak at various functions and scientific symposiums for the National Marrow 
Donor Foundation and Fanconi Anemia Research Fund. As he pursues a self-designed major of 
leadership consulting with an emphasis in nonprofit management, Matthew plans to speak to 
both patients and researchers in Germany in 2019. Matthew has been extensively involved in 
fundraising, and he and his family have been instrumental in adding more than 100,000 new 
donors to the National Marrow Donor Program’s Registry.

Matthew Pearl 
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VOICES OF NORD Launched originally as a telephone and mail information clearinghouse 35 years
ago, we have grown and added many services over the years. We are honored to 
come to work each day to help make a difference for rare disease patients. 

“�In 1995 I lost my mom to cancer. 
After watching all the VNA staff 
take care of her and seeing 
how sad they all were after her 
passing, I decided I wanted to 
be able to help people. I applied 
at NORD and was hired. I have 
enjoyed my job here because I 
can go home each day knowing 
that I’ve helped someone.” 
▶ Nancy Nadig, Administrative Assistant
(23 years)

“�My favorite part of working 
at NORD is meeting the 
amazing patients, caregivers 
and supporters of the rare 
community! I’m always amazed 
by the patients and families 
who struggle daily but don’t ever 
let their disease define them. 
Inspiration comes from these 
people and I’m lucky to work 
with them every day.” 
▶ Kristen Angell, Associate Director of
Advocacy (5 years)

“�What I most appreciate about 
working at NORD is that my team 
and I are able to make a real 
difference in people’s lives. We 
are proud to provide help and 
support directly to patients and 
their families when they need it 
most, and are humbled by their 
appreciation.” 
▶ Jill Pollander, Director of Patient Services
(1 year)

“�I’m so fortunate that so many 
of the core components of what 
I love about research—building 
sustained relationships, partnering 
with communities, designing 
with creativity, and creating 
meaningful impact—are embodied 
by my position at NORD, where 
I have the opportunity to help 
shape the scientific vision for the 
organization.” 
▶ Vanessa Boulanger, Director of Research
(2 years)

“��I enjoy working at NORD 
because it gives me the 
opportunity to help everyone in 
the organization, giving them 
more understanding and comfort 
with today’s technology. I find it 
meaningful to help update their 
technology and find new ways to 
improve their processes—and, 
ultimately, NORD’s efficiency.” 
▶ David Romero, Systems Administrator
(3 years)

“�I believe in the mission, first 
and foremost. The education, 
exposure and involvement with the 
rare disease community and the 
development of our department is 
something I’ve never had in any 
previous workplace. Of course, the 
fact that we have a direct positive 
impact on our patients’ lives is 
pretty motivational, too!”  
▶ Noël Williams, Patient Service Specialist
(6 years)

TESTIMONIALS
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BOARD OF 
DIRECTORS

Marshall Summar, MD, Chairman
Children’s National Medical Center

Sheldon Schuster, PhD, Vice 
Chairman
Keck Graduate Institute of Applied Life 
Sciences

Steven A. Grossman, Secretary
HPS Group, LLC

Rick Barr, MD
Arkansas Children’s Hospital

Ronald J. Bartek
Friedreich’s Ataxia Research Alliance 
(FARA)

Preston W. Campbell, III, MD
Cystic Fibrosis Foundation

Anthony Castaldo
US Hereditary Angioedema Association 
(HAEA)

Jonathan Haines, PhD
Case Western Reserve University

Susan Hedstrom
Foundation for Prader-Willi Research

Sarah Krug
Cancer101

Vicki McCarrell
Moebius Syndrome Foundation

Chuck Mohan, Jr.
The United Mitochondrial Foundation 
Diseases Foundation

Jim Palma
TargetCancer Foundation

Kathleen Weis
The Aplastic Anemia and MDS 
International Foundation

Roger Ziegler
Children’s National Medical Center

MEDICAL ADVISORY 
COMMITTEE

Marshall Summar, MD, Chairman 
Chair, NORD Strategic Advisory 
Committee; Division Chief, Genetics and 
Metabolism; Margaret O’Malley Chair of 
Molecular Genetics, Children’s National 
Medical Center; Professor, Pediatrics, 
George Washington University School 
of Medicine and Health Sciences

Frederick Askari, MD, PhD
Associate Professor, Hepatology, 
Division of Gastroenterology; Director, 
Wilson Disease Program, University of 
Michigan Health System

Matthias Baumgartner, Prof DrMed
Associate Professor for Metabolic 
Diseases, University of Zurich; Head, 
Division of Metabolics Children’s 
Hospital Zurich

Garrett E. Bergman, MD
Senior Director, Medical Affairs,  
Kedrion USA

Preston W. Campbell, III, MD
Executive Vice President for Medical 
Affairs, Cystic Fibrosis Foundation; 
Associate Professor of Pediatrics,  
Johns Hopkins Cystic Fibrosis Center

Robert M. Campbell, Jr., MD
Attending Physician, Division of 
Orthopaedics; Director, Center for 
Thoracic Insufficiency Syndrome, 
Children’s Hospital of Philadelphia

Harry (Hal) Dietz, MD
Victor A. McKusick Professor of Genetics 
and Medicine; Investigator, Howard 
Hughes Medical Institute; Johns 
Hopkins University School of Medicine; 
McKusick-Nathans Institute of Genetic 
Medicine

Gregory M. Enns, MD
Associate Professor of Pediatrics 
(Genetics), Lucile Packard Children’s 
Hospital; Associate Professor – Med 
Center Line, Pediatrics – Medical 
Genetics; Member, Child Health 
Research Institute, Stanford University 
School of Medicine

Marlene Haffner, MD, MPH
President and CEO, Haffner  
Associates, LLC

James E. Heubi, MD
Director, Clinical Translational 
Research Center; Co-Director, Center 
for Clinical and Translational Science 
and Training; Associate Dean, Clinical 
and Translational Research; Professor, 
Department of Pediatrics, Cincinnati 
Children’s Hospital Medical Center

James F. Leckman, MD
Neison Harris Professor of Child 
Psychiatry, Psychiatry, Psychology and 
Pediatrics, Yale Child Study Center, Yale 
School of Medicine

MEMBER 
ORGANIZATIONS

A Cure For Ellie
A Cure in Sight
A Twist of Fate-ATS
Acid Maltase Deficiency Association
Acromegaly Community, Inc
ADCY5.org
ADNP-Kids Research Foundation
Adrenal Insufficiency United
Adult Polyglucosan Body Disease  

Research Foundation
Advocacy & Awareness for Immune  

Disorders Association
Alagille Syndrome Alliance
All Things Kabuki
Alpha-1 Foundation
Alport Syndome Foundation

ALS Association
Alternating Hemiplegia of Childhood 

Foundation
American Behcet’s Disease Association
American Brain Tumor Association
American Multiple Endocrine Neoplasia 

Support
American Partnership for Eosinophilic 

Disorders
American Porphyria Foundation
Amniotic Fluid Embolism Foundation
Amyloidosis Foundation
Amyloidosis Research Consortium, Inc
Amyloidosis Support Groups, Inc
Aplastic Anemia & MDS International  

Foundation, Inc
Appendix Cancer Pseudomyxoma 

Peritonei Research Foundation
Association for Creatine Deficiencies
Association for Frontotemporal 

Degeneration
Association for Glycogen Storage 

Disease
Association of Gastrointestinal  

Motility Disorders, Inc
Autoimmune Encephalitis Alliance
AutoImmune Hepatitis Association
Autoimmune Polyglandular Syndrome  

Type 1 Foundation
Autoinflammatory Alliance
Association for X and Y Variations (AXYS)
Barth Syndrome Foundation
Batten Disease Support & Research 

Association
Benign Essential Blepharospasm  

Research Foundation, Inc
Bili Project Foundation
Bohring-Opitz Syndrome  

Foundation, Inc
BORN A HERO, Pfeiffer’s Health and  

Social Issues Awareness
Bridge the Gap-SYNGAP Education  

& Research Foundation
Calliope Joy Foundation
Canadian Organization for  

Rare Disorders
Cardio-Facio-Cutaneous International
Castleman Disease Collaborative 

Network
Cauda Equina Foundation
CHAMP1 Research Foundation
Charcot-Marie-Tooth Association
Children’s Craniofacial Association
Children’s PKU Network
Children’s Tumor Foundation, Inc
Chloe’s Fight Rare Disease Foundation
Cholangiocarcinoma Foundation
Chromosome 18 Registry &  

Research Society
Chromosome Disorder Outreach, Inc
Cicatricial Alopecia Research 

Foundation
Cloves Syndrome Community
Cluster Headache Support Group, Inc
Clusterbusters, Inc
CMT Research Foundation
CMTC-OVM Netherlands
CMTC-OVM -US
COL4A1 Foundation
Congenital Central Hypoventilation 

Syndrome Family Network
Congenital Hyperinsulinism 

International
Consortium of Multiple Sclerosis Centers
COPA Syndrome Foundation
Cornelia de Lange Syndrome 

Foundation, Inc

CRMO Foundation
CSNK2A1 Foundation
Cure CMD
CURE HHT Foundation
Cure SMA
CureCADASIL/CADASIL Association, Inc
Curing Retinal Blindness Foundation
Cushing’s Support & Research 

Foundation, Inc
Cutaneous Lymphoma Foundation
Cystic Fibrosis Foundation
Cystinosis Research Network, Inc
Danny’s Dose Alliance
Defeat MSA
Desmoid Tumor Research Foundation
DHPS Foundation
Dravet Syndrome Foundation
Dup15q Alliance
ECD Global Alliance
Erythromelalgia Association
EURORDIS
Familial Dysautonomia Foundation
FamilieSCN2A Foundation
Family Caregiver Alliance
Fanconi Anemia Research Fund
Fat Disorders Resource Society, Inc
Fibrolamellar Cancer Foundation
Fibromuscular Dysplasia Society of 

America
Fibrous Dysplasia Foundation
Foundation Fighting Blindness
Foundation for Angelman Syndrome 

Therapeutics
Foundation for Ichthyosis and  

Related Skin Types
Foundation for Prader-Willi Research
Foundation For Sarcoidosis Research
Foundation for USP-7 Related Diseases
FOXG1 Research Foundation
FPIES Foundation
Friedreich’s Ataxia Research Alliance
Galactosemia Foundation
GBS|CIDP Foundation International
Genetic Alliance
Genetic Alliance Australia
Global Foundation for Peroxisomal 

Disorders
Glut1 Deficiency Foundation
Gorlin Syndrome Alliance
Gut Check Foundation
Guthy Jackson Charitable Foundation
HCU Network America
Hemophilia Federation of America
Hepatitis Delta Connect - Hepatitis B 

Foundation
Hereditary Neuropathy Foundation
Hermansky-Pudlak Syndrome  

Network, Inc
Hope for Hypothalamic Hamartomas
HSAN1E Society
Hydrocephalus Association
Hyper IgM Foundation, Inc.
Immune Deficiency Foundation
Incontinentia Pigmenti International 

Foundation
Indian organization for rare diseases
International FOP Association, Inc
International Foundation for CDKL5 

Research
International FOXG1 Foundation
International FPIES Association
International Neuroendocrine Cancer 

Alliance
International Pemphigus & Pemphigoid 

Foundation
International Rett Syndrome 

Foundation (Cure Rett)

International Sacral Agenesis/Caudal 
Regression Association

International WAGR Syndrome 
Association

International Waldenstrom’s 
Macroglobulinemia Foundation

ISMRD
Jack McGovern Coats Disease 

Foundation
Joshua Frase Foundation for Congenital 

Myopathy Research
KAT6A Foundation
Kennedy’s Disease Association, Inc
KIF1A.ORG
Klippel Trenaunay Support Group
KrabbeConnect
LAL Solace, Inc
Legg Calve Perthes Foundation
Life Raft Group
Li-Fraumeni Syndrome Association
Lipoprotein a Foundation
Lowe Syndrome Association, Inc
Lung Transplant Foundation
Lymphangiomatosis & Gorham’s  

Disease Alliance, Inc
Marfan Foundation
Martin Mueller IV Achalasia Awareness 

Foundation, Inc
Mastocytosis Society, Inc
M-CM Network
Mebo Research, Inc
Melorheostosis Association
Mila’s Miracle Foundation
MitoAction
MLD Foundation
Moebius Syndrome Foundation
Morgan Leary Vaughan Fund, Inc
Mowat-Wilson Syndrome Foundation
MPN Research Foundation
MSUD Family Support
Mucolipidosis Type IV Foundation, Inc
Multiple System Atrophy Coalition, Inc
Myasthenia Gravis Foundation of 

America, Inc
Myelodysplastic Syndromes 

Foundation, Inc
Myocarditis Foundation
Myositis Association
Myotonic Dystrophy Foundation
National Adrenal Diseases Foundation
National Ataxia Foundation
National Brain Tumor Society
National Eosinophilia Myalgia 

Syndrome Network
National Foundation for Ectodermal 

Dysplasias
National Health Council
National Hemophilia Foundation
National MPS Society
National Niemann-Pick Disease 

Foundation
National Organization for Albinism 

& Hypopigmentation
National PKU Alliance
National PKU News
National Spasmodic Dysphonia 

Association
National Tay-Sachs & Allied Diseases 

Association
National Urea Cycle Disorders 

Foundation
NBIA Disorders Association
NephCure Kidney International
Neuroendocrine Tumor Research 

Foundation
Neurofibromatosis Network
Neurofibromatosis Northeast

NGLY1.org
NICER Foundation
NTM Info & Research, Inc
Ocular Melanoma Foundation
Oley Foundation
OMSLife Foundation
Organic Acidemia Association
Organization for Rare Diseases India
Osteogenesis Imperfecta Foundation
Parent Project Muscular Dystrophy
Parent to Parent New Zealand, Inc
Parents of Infants and Children with 

Kernicterus
PHACE Syndrome Community
Phelan-McDermid Syndrome Foundation
Pheo Para Alliance
Pituitary Network Association
PKD Foundation
Platelet Disorder Support Association
Prader-Willi Syndrome Association (USA)
Primary Ciliary Dyskinesia Foundation
PRISMS (Parents & Researchers 

Interested in Smith-Magenis 
Syndrome)

PSC Partners Seeking a Cure
PTEN Hamartoma Tumor Syndrome 

Foundation
Pulmonary Fibrosis Foundation
Pulmonary Hypertension Association
PURA Syndrome Foundation
Rare & Undiagnosed Network
Rare Cancer Research Foundation
Rare Kids Network, Inc.
RASopathies Network USA
Recurrent Respiratory Papillomatosis 

Foundation
Reflex Sympathetic Dystrophy  

Syndrome Association
Rett Syndrome Research Trust
Rothmund-Thomson Syndrome 

Foundation
RYR1 Foundation
Sanfilippo Children’s Foundation
Sarcoma Foundation of America
SBS Cure Project
Scleroderma Foundation
Scleroderma Research Foundation
SETBP1 Society
Shwachman-Diamond Syndrome 

Foundation
Sick Cells
Snyder-Robinson Foundation, Inc
Sofia Sees Hope
Soft Bones, Inc
Spastic Paraplegia Foundation
Spina Bifida Association
Spinal CSF Leak Foundation
SSADH Association
Stevens Johnson Syndrome Foundation
Sudden Unexplained Death in  

Childhood Foundation
Taiwan Foundation for Rare Disorders
Talia Duff Foundation, Inc.
Tango2 Research Foundation
TargetCancer Foundation
Tarlov Cyst Disease Foundation
Team Telomere
Tess Research Foundation
The Avalon Foundation
The Ehlers-Danlos Society
The Jansen’s Foundation
Thisbe and Noah Scott Foundation
TNA - The Facial Pain Association
Transverse Myelitis Association
Tuberous Sclerosis Alliance
Turner Syndrome Society of the  

United States

United Leukodystrophy Foundation
United Mitochondrial Disease 

Foundation
United MSD Foundation
Vasculitis Foundation
Vestibular Disorders Association
VHL Alliance
Wilhelm Foundation
Williams Syndrome Association
Wilson Disease Association
Worldwide Syringomyelia & Chiari  

Task Force, Inc
XLH Network, Inc

CORPORATE 
COUNCIL

Pre-Clinical Research
EdiGENE
Exicure
Passage Bio
Rallybio

Clinical Development
Acer Therapeutics
Aeglea BioTherapeutics
Akcea Therapeutics
Acceleron Pharma
Apellis Pharmaceuticals
argenx
Asklepion Pharmaceuticals, LLC
Atara Biotherapeutics, Inc.
Audentes Therapeutics
AVROBIO
bluebirdbio
BridgeBio
ChemoCentryx 
Chiesi USA
Clementia Pharmaceuticals, Inc.
Cytokinetics, Inc.
Editas Medicine 
Eiger BioPharmaceuticals
Elysium Health
Enzyvant
Global Blood Therapeutics, Inc.
Hansa Medical
Harmony Biosciences, LLC
Insmed Incorporated
Ionis Pharma
Ipsen
LEO Pharma
Lysogene
MeiraGTx
Moderna Therapeutics
Neurocrine Biosciences
Orchard Therapeutics Ltd.
Orphazyme 
Ovid Therapeautics
REGENXBIO
Rocket Pharmaceuticals Ltd.
Sangamo Therapeutics
Soligenix, Inc.
Stealth Biotherapeutics
Strongbridge Biopharma
Zealand Pharma
Zogenix, Inc.

Approved Product
AbbVie Pharmaceuticals
Actelion Pharmaceuticals
Agios Pharmaceuticals 
Alexion Pharmaceuticals, Inc.
Alnylam Pharmaceuticals 
Amgen
Amicus Therapeutics, Inc.
Astellas
AveXis, Inc.

MEMBERS Bayer 
Biogen
BioMarin Pharmaceuticals, Inc.
Boehringer-Ingelheim Pharmaceuticals
Catalyst Pharmaceuticals 
Celgene Corporation
CSL Behring
Daiichi Sankyo
Dompe 
Genentech, Inc.
Horizon Therapeutics
GlaxoSmithKline PLC
Greenwich Biosciences, Inc.
Horizon Pharma
Incyte Corporation
Mallinckrodt Pharmaceuticals
Novartis
Otsuka America 
Pfizer, Inc.
PTC Therapeutics 
Recordati Rare Diseases
Regeneron
Retrophin, Inc.
Rigel Pharmaceuticals
Sanofi Genzyme
Sarepta Therapeutics
Sobi
Spark Therapeutics 
Takeda
UCB Pharma
United Therapeutics
Vertex Pharmaceuticals

Business Member
APCO WorldWide
BioNJ, Inc.
Biotechnology Industry Organization 

(BIO)
BriovaRx 
Centogene
Children’s National Health System
Eversana
HPS Group LLC
Huron Consulting Services, LLC
ICON
Massachusetts Biotechnology Council 
PhRMA
Syneos Health 
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