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Research Update – December 2008


In 2008 the Cure Tay-Sachs Foundation raised $389,649 and since our creation in June of 2007, we have collected donations totaling $721,570.    We have issued $200,000 in research grants and incurred $18,905 (2.6%) in expenses.   The Cure Tay-Sachs Foundation has no paid employees.   We believe it is our responsibility to keep our donors updated about how we use their generously donated money.    

 

Our $200,000 in grants where issued in four $50,000 increments to the Tay-Sachs Gene Therapy (TSGT) Consortium (http://www.tsgtconsortium.com/).   The Consortium just completed if first full year of research with dazzling results.    The full cost of the research was $423,000 and was funded by several Tay-Sachs related foundations, including ours.   The Consortium consists of research experts from Harvard Medical School/Massachusetts General Hospital, Auburn University, Boston College, NYU and Cambridge University in England.   Their goal is to develop a gene therapy treatment for Tay-Sachs disease.    

 

To successfully move a therapy from lab to patient care - the therapy must be proven safe and effective.  The most common method is to show effectiveness in disease models.     In our case, the research team achieved phenomenal results in a mouse model - extending animals to full life term (untreated mice die at 3 to 4 month -treated mice lived to be 2 years old).    The next step is to prove the same therapy will work in a large animal model - that is our 2009 goal.   Tay-Sachs is extremely fortunate to have a naturally occurring Tay-Sachs variant in cats.   In practice our research team must prove they can save the life of an affected cat before they will be approved to conduct human clinical trials.    The therapy will need FDA approval to perform human clinical trials.   

 

The budget for the TSGT in year two (2009) is $572,000.   The Cure Tay-Sachs Foundation is planning on funding $300,000 assuming quarterly research updates continue to show promise.    We will make a $100,000 grant in January 2009 to help move the research ahead.    The TSGT has created two budgets pending our 2009 progress with the large animal model.    If they are successful with cats in 2009 we can move to toxicity studies and FDA approval in 2010 and clinical trials by June 2011.    If the therapy is not proven safe and effective with the limited animal population - the large animal studies will be extended to 2010 and clinical trials pushed back to June 2012.    We have worked very closely with the research team to create budgets that take into account our limited financial resources and known research variables.     The TSGT research team has applied for a National Institute of Health research grant.   

 

Year 3 is budgeted at $484,000 and the toxicity studies needed for FDA approval will cost an additional $488,000.   If the large animal models are not completed in 2009 - the second (additional) year of testing will cost $361,000.     The total cost of the project will range between $1.9 and $2.3 million.   While those numbers seem daunting - we have already funded the first $423,000 and have a very solid plan in place for Year 2.    The CTSF has $500,000 in the bank today and if we continue to raise at least $250,000 a year - we should be able to fund a huge portion of the project.    Additionally, no potential Tay-Sachs treatment has ever had a working large animal model.   When we produce such a model - the interest in our project will grow significantly.    We believe this project is fully fundable with the team we currently have in place, but we fully expect the funding sources to grow as the research progresses.   

 

Additionally, research on a Chaperone Therapy is showing very promising results.    The drug is already approved for human use (it use to be used to treat malaria) - so this research requires far less funding.     We anticipate a clinical trial for specific Tay-Sachs mutation will begin in early 2009.    The trial budget is still being developed, but we anticipate the cost to be around $180,000.    Chaperone drugs are mutation specific and not considered a useful therapy for infantile Tay-Sachs at this time.    The Cure Tay-Sachs Foundation does hope to contribute to the funding of any Chaperone trials conducted in 2009.    This is a very promising research for Juvenile and Late On-Set Tay-Sachs (LOTS) sufferers.    

 

This update will be posted on the Cure Tay-Sachs website under quarterly updates.   If you have any question or comments about this update I can be reached at ken.bihn@curetay-sachs.org or you can call the foundation offices at (216) 812-5855
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