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NORD

The National Organization for Rare Disorders 
(NORD) is the primary patient advocacy 
organization dedicated to addressing the needs 
of individuals and families impacted by rare 
diseases through programs of advocacy, 
education, research and financial assistance 
services.
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Challenges in Rare Disease Communities

Barriers to care include access to

• Information

• Clinicians

• Treatment

• Support



Natural History of a Disease

“The natural course of a disease from the time 
immediately prior to its inception, progressing 
through its pre-symptomatic phase and different 
clinical stages to the point where it has ended 
and the patient is either cured, chronically 
disabled, or dead without external intervention.”

Posada de la Paz M; Groft SC Adv Exp Med Biol 2010; 686: 3-14



Natural History Study (NHS)

• Identifies demographic, genetic, environmental and 
other variables associated with the disease

• Provides an avenue for biospecimen collection 

• Is most informative when data are available early in 
the drug development process

• Succeeds when patients and caregivers play a role in 
the design, implementation and management in NHS



Benefits of Natural History Studies

• Educate patients, caregivers, researchers and other 
stakeholders

• Provide opportunities for researchers to 
collaborate on projects

• Provide access to treatments

• Empower the patient community



Patient Centered Outcomes Research



Patient Centered Outcomes Research



Access to Data



Access to Data



Final Thoughts
Natural history studies

• Increase the understanding of rare diseases by 
providing a platform for fundamental research into 
disease processes.

• Provide the incentive of leveraging PCOR to optimize 
the use of existing drugs and/or creating novel 
treatments

• Give patients the flexibility to participate in research 
regardless of where they live



Natural History Study Patient Registries



Alone we are rare.
Together we are strong.®

Thank You!

Suzanne Rossov srossov@rarediseases.org


