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5. Natural history studies provide an environment that readies the family for a clinical trial.
This cannot be under estimated. The natural history study provides a setting where physician
scientists constantly interact with patients and bring the latest understanding of RTT to the
families. This fact tunes the families into where trials are and what is being tested. Through

these interactions, families see where they might participate in a particular study and
understand the both the commitment and cost of participating in a clinical trial.

Lastly, a natural history study gives great value to biomedical research in general, providing a
foundation for future physician scientists. Natural history studies create an environment where
young physician scientists are close to a large group of patients. The natural history study
helps build a future health care provider work force that is committed to their condition of
interest.

In conclusion, natural history studies have focused our attention on the right medical conditions
at the right time. As we move forward with research unraveling the molecular and cellular
events associated with Rett syndrome, the role of the natural history will only increase. It will
provide the vehicle for us to translate our basic discovery work into new clinical treatments to
modify the pathology associated with Rett.

We look forward to hearing from you!

Steven Kaminsky, Ph.D., Janice Ascano, Ph.D. Paige Nues and Jennifer Endres
International Rett Syndrome Foundation
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‘* S The core mission of the IRSF is to fund research for treatments and a cure for Rett syndrome
Four Star Charity while enhancing the overall quality of life for those living with Rett syndrome by providing
information, programs and services.




