- ’
EVERY

FOUNDATI ON
FOR RARE DISEASES

May 13, 2015
The Honorable Fred Upton The Honorable Joe Pitts
U.S. House of Representatives U.S. House of Representatives
Washington, D.C. 20515 Washington, D.C. 20515
The Honorable Frank Pallone The Honorable Gene Green
U.S. House of Representatives U.S. House of Representatives
Washington, D.C. 20515 Washington, D.C. 20515

The Honorable Diana DeGette
U.S. House of Representatives
Washington, D.C. 20515

Dear Chairman Upton and Representatives Pallone, DeGette, Pitts and Green:

On behalf of the EveryLife Foundation for Rare Diseases, I am writing to applaud the inclusion
of the bipartisan Orphan Product Extensions Now, Accelerating Cures & Treatments in the
21% Century Cures legislation to be considered by the Energy & Commerce Committee.

Also known as the OPEN ACT, this legislation will bring hundreds of safe, effective, and
affordable medicines to rare disease patients within the next several years by incentivizing drug
makers to “repurpose” already approved drugs for the treatment of life-threatening rare diseases
and pediatric cancers.

Originally introduced by Representatives Gus Bilirakis (R-FL) and G.K. Butterfield (D-NC),

the OPEN ACT (H.R. 971) makes available an additional six months of market exclusivity to
the patent life of the treatment being repurposed so long as the sponsor company establishes that
the therapy is designated to treat a rare disease and obtains a rare disease indication from the
federal Food and Drug Administration (FDA) on the drug label.

I am incredibly grateful to you all and the members of your staff for working together to ensure
that safe and effective treatments for rare diseases are developed and delivered to those in need.
With 95 percent of rare diseases having no FDA-approved treatment, we believe the OPEN
ACT will potentially double the number of well-tested therapies approved by the FDA for use
in treating rare disease patients. We also believe the OPEN ACT will lead to many more rare
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disease therapies at affordable prices, fewer rare disease patients using untested and potentially
ineffective drugs off-label, and a boost in investment and jobs in the biotech sector.

Again, we thank you for including this important piece of legislation in the 21% Century Cures
package, as this measure promises to improve the quality of life for the nearly 30 million
Americans suffering from rare diseases. We are eager to continue working with you and your
staffs, and look forward to the day this legislation is enacted.

With gratityde,
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ulia Jenki
Executive Director
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