CERTARAD

The Tools You Need to Accelerate
Rare Disease Drug Development

Patients with rare diseases have high unmet medical needs.

Over

7000

Rare Diseases ldentified

Only

5%

of Rare Diseases Have a
Global Approved Drug

In 2024, CDER approved 50 novel drugs, but significant
unmet needs persist worldwide.

What makes something a “rare or a neglected disease”?
There is no universally accepted definition as the
prevalence criteria varies by region/country.

Regulatory Agency Prevalence Criteria

U.S. FDA 200,000 Orphan Drug Act, 1983
EMA 5/10,000 EC 141/2000
Japan PMDA 50,000 JPMA, 2008
Australia 2000 Therapeutic Goods Act, 1989

Rare Disease Affects More Than

300M

People Worldwide

Countries worldwide have implemented various mechanisms
to encourage the development of treatments for diseases
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While rare disease drug development is challenging,
the experts at Certara can help!

Small patient pools

We use clinical pharmacology expertise in combination with MIDD
tools to discern effects in small patient populations.

Sensitive patient populations

We model the impact of a new drug on other disease states or untested
populations.

Unique regulatory landscape

We provide end-to-end regulatory support and medical writing services:
from meetings with health authorities to preparation and submission of
marketing applications.

Reimbursement challenges

We develop a quantitative multi-criteria decision analysis-based
framework adapted to the very specific issues In rare disease
development and access including quality of evidence, disease severity,
ethical considerations, population-level factors, economic impact of the
disease, and specific budgetary impact.

We have broad therapeutic expertise in rare disease
drug development
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We have partnered with biopharmaceutical companies

of all sizes on drug development plans for a wide range
of rare/orphan diseases.

Learn more about our unparalleled experience in Orphan Drug
Development: certara.com/services/rare-disease-and-orphan-drug-
development-resource-center/

CERTARAD



