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Syneos Health Core Therapeutic Rare Disease Experience At Syneos Health, helping our clients develop the 
medicines people need is something we take 
personally. The Rare Disease Consortium is part of 
our mission to support patient access to treatment.

Rare Disease clinical development presents  
very specific challenges that require an 
innovative approach in order to enable rapid 
access to treatment options for patients living 
with a rare disease.

We understand the sense of urgency to accelerate 
development of rare disease treatments and to 
facilitate access to medicines for these patients. 
This is why Syneos Health created a consortium of 
experts to support clinical development strategies 
tailored to specific rare diseases, by focusing on 
the needs of these special patients to encourage 
their participation in clinical trials.

We believe that it is our responsibility to develop 
highly tailored strategies aimed at managing the 
potential challenges that rare disease studies can 
present, to ensure that every single patient with a 
rare disease has the option to access a potential 
treatment through participation in a clinical trial.
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CNS  |  Metabolic  |  Hematology  |  Inflammation and Immunology  |  Respiratory

Therapeutic Area Phase  
I

Phase  
I/II

Phase  
II

Phase  
III

Phase  
IIIb/IV

Phase  
Others

Total 
Studies

Cardiovascular 0 0 1 5 2 2 10

CNS Analgesia 0 0 0 1 0 0 1

CNS Neurology 8 2 10 21 0 2 43

Dermatology 0 0 0 3 0 0 3

Endocrinology/ 
Metabolism 0 6 9 14 4 6 39

Hematology 3 5 4 22 7 8 49

Hepatology 0 0 1 1 0 0 2

Immunology/
Inflammatory

0 0 1 6 4 1 12

Infectious Disease 3 0 1 3 1 2 10

Nephrology 0 0 1 0 1 2 4

Nutrition 2 0 1 1 2 0 6

Oncology 25 19 33 33 1 4 115

Ophthalmology 0 0 0 1 0 0 1

Respiratory 8 1 4 7 3 0 23

Skeletal Diseases 1 0 0 1 0 0 2

Grand Total 50 33 66 119 25 27 320



About Syneos Health 
Syneos Health™ (Nasdaq:SYNH) is the only fully integrated biopharmaceutical solutions organization. 
Our company, including a Contract Research Organization (CRO) and Contract Commercial 
Organization (CCO), is purpose-built to accelerate customer performance to address modern market 
realities. Created through the merger of two industry leading companies – INC Research and inVentiv 
Health – we bring together more than 21,000 clinical and commercial minds with the ability to support 
customers in more than 110 countries. Together we share insights, use the latest technologies and 
apply advanced business practices to speed our customers’ delivery of important therapies to patients. 
To learn more about how we are shortening the distance from lab to life™ visit SyneosHealth.com.
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Focus on the Patient
Syneos Health believes that the optimal approach to any 
clinical research study requires a focus on the patient 
experience. This is especially important for rare disease 
clinical trials as the patients and their families must be 
engaged early and many extenuating circumstances 
must be considered in order to make participation easy 
and to 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 and specific concerns. They can share 
specifics of the disease and how it affects everyday life. 
This can be particularly important when the patient 
population is predominantly pediatric. Focusing on the 
patients 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 towards the fight against rare diseases and 
for the patients whose medical needs remain unmet. 
Through the Rare Diseases Consortium, we are able 
to leverage and coordinate: 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; and reimbursement specialists 
to ensure a holistic view of clinical trial execution and 
clinical development planning.

Through this, our clients, and the patients we help them 
enroll, are able to harness the passion and science of 
Syneos Health toward a common goal of improving the 
lives of patients with rare diseases.

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 management of  
logistical challenges.

Fostering Collaboration Identifies 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. Enrollable patients 
might exist as one or two within a given country, or 
may be geographically clustered due to inheritance 
patterns. Trial set up and operations must be mindful 
of this in order to provide the best access for patient 
participation. 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.


