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Rare Disease Congressional Caucus - Support 





The National MPS Society supports the formation of the Rare Disease Caucus and encourages Congress Members to join the Caucus to help address the specific issues related to developing treatments for rare diseases. 





The National MPS Society exists to find cures for MPS and related diseases.  We provide hope and support for affected individuals and their families through research, advocacy and awareness of these devastating disorders.


Contact:  Ernest Dummann, President, 919.806.0101, ernie@mpssociety.org





Background:  There are more than 7,000 rare disorders that together affect over 25 million Americans and their families.  The Orphan Drug Act was enacted in 1983, to encourage pharmaceutical companies to develop drugs for diseases that have relatively small patient populations, however there have been less than 350 treatments approved for marketing by the FDA in 25 years.  The science exists for many of these diseases to be treated; however, treatments may never be developed because of roadblocks in the development process, such as a lack of investment and a challenging regulatory environment.  


Additionally, while a few treatments have become available for some, patients struggle with insurance companies and government programs to afford these life saving treatments.  There has been no major Legislative initiative to accelerate treatments for rare diseases in the last 25 years.





Solution:  A Rare Disease Congressional Caucus is needed to seek creative solutions to problems faced by patients, doctors, and industry and to give a permanent voice to the rare disease community in Congress.  The Caucus should seek to increase funding for rare disease initiatives at the National Institutes of Health and the Food and Drug Administration, and create incentives for innovation.   The Caucus should address the need for more resources for a specialized FDA drug review personnel and a more streamlined, predictable development path.





Outcomes:  A Rare Disease Congressional Caucus will help bring public and Congressional attention to the needs of the rare disease community creating opportunities to address roadblocks in access and development of needed treatments and create: 





A surge in development activity for even the most rare disorders allowing more patients with rare genetic diseases to get earlier access to specific, effective treatments.  


Increased investment in early stage biotech companies focused on rare diseases will have a positive impact in local communities and biotechnology jobs.
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