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We share their sense of urgency. At Syneos Health®, 
helping companies develop rare disease therapies  
is something we take personally.
It takes novel and integrated approaches, including early 
engagement of key stakeholders, to accelerate products to 
market and de-risk the development of critical patient therapies.

That is why we created the Syneos Health Rare  
Disease Consortium. 
The Consortium facilitates streamlined access to the full  
range of our experience in rare disease clinical development 
and commercialization. We established the Consortium to 
integrate our strong medical, operational, regulatory science 
and commercial expertise—all of which is enriched by our 
collaborative relationships with investigative sites, treating 
physicians, patient advocacy groups, academic thought 
leaders and sponsor companies.

Innovative science in rare diseases is advancing at a truly remarkable pace.  
Yet the rare disease community still confronts formidable challenges. 
Collaboration is the only way we will find meaningful solutions.  

Navigating the Complex Rare Disease Research Landscape
Just 5 percent of the approximately 8,000 rare diseases (known to date) have any form of treatment. On average,  
the clinical development process takes four years longer than that for other therapies. Meanwhile, patients  
(more than half of whom are children), their families and caregivers anxiously await advances in treating these 
serious and often life-threatening conditions.

Together we shorten the distance from lab to life for rare 
disease therapies and the patients who are waiting for them.
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Offering Extensive Hands-On Experience  
and Specialized Knowledge in Rare Diseases

The rare disease research and commercialization 
challenges sponsors must navigate include: 

• The extreme heterogeneity among rare diseases 

•  The many unknowns about rare disease 
pathophysiology and natural history

•   The very long and often frustrating (and emotionally 
wrenching) diagnostic journey many patients and 
their families must travel 

•  Complex and changeable global regulatory 
frameworks

•  Uncertain reimbursement landscapes 

•  The limited availability of rare disease research 
expertise and—by definition—rare disease patients  
to participate in clinical trials 

We understand these challenges. Through the 
Consortium, we provide a collaborative team  
powered by experts in rare disease drug 
development and commercialization:  

•  Our regulatory experts recommend and support 
the best regulatory pathway to obtain regulatory 
agency support through the clinical development 
plan and commercialization 

•  Our operational team has the experience to  
support patient localization and access to clinical 
trials and registries, creating tailored strategies  
at the level of each patient

•  Our partnerships with niche vendors support 
tailored rare disease strategy logistics and ensure  
the patient remains at the center of everything we do 

•  Our medical expert teams provide medical and 
scientific input on partnering to ensure a strong 
development plan

•  Our commercial teams bring insights to bear  
early in the development process and through to 
commercialization to optimize prioritization strategy, 
pricing and reimbursement, public policy and 
engagement with patient advocacy groups and  
other stakeholders
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Our Rare Disease Experience
 (Since 2015)

>40 years of experience

Experienced across a wide variety of therapeutic categories, including:

Oncology   |   Cardiovascular   |   Pain   |   Neuroscience   |   Infectious Disease/Vaccines

450 
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Single
resource

Completely 
managed team

>200,000
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>500 
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Syneos Health Experience in Rare Disease Studies Conducted Since 2015
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Therapeutic Area Phase I Phase I/II Phase II Phase III Phase 
IIIb/IV

Phase 
Others

Total 
Studies

Total 
Sites

Total 
Subjects

Analgesia - - - 3 - - 3 228 511

Cardiovascular - - 1 3 2 1 7 390 3,616

Dermatology - 1 - 5 1 - 7 304 977

Endocrinology/ 
Metabolism

- 5 7 15 5 8 40 1,284 7,245

Gastroenterology - - 2 3 - - 5 289 817

Hematology 11 8 12 22 8 11 72 2,216 10,177

Hepatology 1 - 6 2 2 - 11 597 1,121

Immunology/ 
Inflammatory

1 - 4 9 5 3 22 995 3,649

Infectious Disease 2 - 1 3 1 1 8 202 1,032

Nephrology 1 - 2 - 1 1 5 151 1,279

Neurology 15 5 17 36 2 3 78 2,342 9,299

Nutrition 1 - - 1 2 - 4 75 39

Oncology 58 41 66 44 4 15 228 7,297 30,495

Ophthalmology - 2 2 6 - - 10 280 574

Respiratory 8 2 7 8 - 1 26 969 5,583

Skeletal Diseases - - - 1 - - 1 1 -

Grand Total 98 64 127 161 33 44 527 17,620 76,414



The Key Principles Guiding Our Approach
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Focus on the Patient 
The optimal approach to any clinical research study requires a focus on the patient and caregiver 
experience. This is especially important for rare disease clinical trials as patients and their families 
must be engaged early and many extenuating circumstances must be considered to make participation 
easy and ensure data quality in the face of complexity. Patient communities and advocacy groups 
play an important role by lending a voice to those suffering from a rare disease and can provide 
insight into acceptable procedures, specific concerns, the disease and how it affects everyday life. 
This can be particularly important when the patient population is predominantly pediatric. 
Focusing on the patients, their caregivers and their advocacy networks helps us engage them on 
the availability of clinical studies, the value of clinical research and clinical trials as a care option.

Lead With the Science 
Syneos Health deploys the power of its scientific community toward the fight against rare diseases  
and for the patients whose medical needs remain unmet. Through the Rare Disease Consortium, 
we are able to leverage and coordinate: 

• Patient advocacy group perspectives, physicians and scientists with therapeutic expertise  
in the specific rare disease indications

• Operational experts in the conduct of clinical studies limited by scarce enrollable patients

• Orphan drug regulatory affairs specialists

• Epidemiologists and clinical registry scientists 

• Biostatisticians and reimbursement and marketing specialists—all to ensure a holistic view  
and clear path for clinical trial execution and clinical development planning 



About Syneos Health
Syneos Health® (Nasdaq:SYNH) is the only fully integrated biopharmaceutical solutions organization.  
The Company, including a Contract Research Organization (CRO) and Contract Commercial Organization 
(CCO), is purpose-built to accelerate customer performance to address modern market realities. Learn 
more about how we are shortening the distance from lab to life® at syneoshealth.com.
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Reference: Tufts Center for the Study of Drug Development. Growth in rare disease R&D is challenging development strategy and execution.  
CSDD Impact Report. July/August 2019. https://www.globenewsawire.com/news-release/2019/07/09/1880174/0/en/Growth-in-Rare- 
Disease-R-D-Is-Challenging-Development-Strategy-and-Execution-According-to-Tufts-Center-for-the-Study-of-Drug-Development.html

Partner With a Wide Range of Quality Sites 
In 2016, Syneos Health became the first “Circle of Innovation Sponsor” for the Society of Clinical 
Research Sites (SCRS). Syneos Health collaborates at the highest partnership level with this global 
organization that represents the interests of more than 30,000 research staff across 2,000 clinical 
research sites in 39 countries. Through this partnership, Syneos Health has unique access to sites 
and investigators. This is also a way of finding site-based tactical support for protocol optimization 
and the management of logistical challenges associated with rare disease clinical trials.

Foster Collaboration to Identify the Right Patients for the Right Study 
The key challenge in developing treatments for rare diseases is identifying, recruiting and retaining 
suitable patients in clinical trials. 

All tools should be employed to locate patients with rare disease and may include working with 
patient advocacy groups, experts at sites associated with leading publications, natural history/
registry groups, laboratory services and key opinion leaders, in addition to leveraging our SCRS 
team, our feasibility group and all of our internal and external data services.

Enrollable patients might exist as one or two within a given country, or may be geographically 
clustered due to inheritance patterns. Trial setup and operations must be mindful of this in order  
to provide the best access for patient participation. Supporting the patient and his/her caregiver 
team, collaboration with patient advocacy groups, as well as key academic investigators and 
thought leaders, is one of our critical strategies to successfully identify patients with a specific  
rare disease. In addition, the cooperation with specialized vendors, such as home nursing support 
companies and dedicated travel agencies managed through our Rare Disease Consortium, allows 
Syneos Health to provide integrated trial solutions.

Contact us for more information about how Syneos Health can support your rare disease 
product development initiatives:

Dr. Raymond A. Huml, MS, DVM, RAC  
Vice President, Medical and Scientific Strategy 
Rare Disease Consortium 
raymond.huml@syneoshealth.com


