Life Saving Gene Therapy Project Overview


Project Background:

· Late Infantile Batten Disease is a rare degenerative neurological disease in children that is always fatal by around age 10.  The disease is caused by a defective chromosome that does not produce a necessary enzyme for the body to remove harmful storage material causing the storage to attack the Central Nervous System.

· Gene therapy has been proven to be effective in treating similar disorders by getting a functioning gene back into the CNS to produce the missing enzyme and curing the disease.

· These children will die a gruesome death without treatment.

Great Opportunity:

· Cornell University’s Institute of Genetic Medicine performed a formal feasibility study verifying gene therapy is a viable option to cure this disease and established a detailed project to develop this cure.

· The risk / benefit ratio is greatly in the favor of developing such a therapy and the science is available to support the development of this cure.  The cure exists today.  We just have to test it and gain approvals from the regulatory agencies.

· This project began in October 2000 is still in process.  On March 15, 2001, the third stage started, where drug development and pre-clinical studies will be performed.  As the project moves forward, it continues to display more promise.

Problem to Solve:

· Funding is the major issue that could stop the development of this life saving therapy.  Just over $2 million dollars needs to be raised to develop this cure.  The longer it takes to develop this cure, the more children die from it each day.  The more funding available, the more quickly we can accelerate the timeframes by performing tasks in parallel.

· Grass roots efforts to fundraise cannot support this project alone.  Help is needed to obtain the funding necessary.  The generosity of philanthropic individuals is the children’s only hope.  Our funding runs out at the end of July 2001.

A few advantages for a philanthropist to be involved with this project:

· A donor can make a difference and save children’s lives with their financial contributions.  This is an exceptional way to apply philanthropic support to a cause with measurable results.  A donor can know that their funds are being put to good use and can watch the funds develop a life saving therapy.  A donor will be able to actually see the return on their investment as the project achieves milestones and ultimately saves lives.

· Advancing medical science, by being involved in one of the first gene transfer clinical trials into the central nervous system.  Involved in cutting edge medical science, which will be the future of medicine.

· A donor can receive national media exposure for their generosity and good will from current national news programs following this remarkable progress (e.g., CBS’s 48 Hours airing in late May and CNN).

· Involvement in a high profile, creditable project.  The project is extremely creditable by working with one of the leaders in gene therapy in the world at Cornell University’s Medical Center, Dr. Ronald Crystal.  Along with our involvement with the FDA, NIH, Duke University, Washington University, and Rutgers University.

Major milestones to fund and to measure progress against

	Milestones
	Min. Estimated Cost

	Drug development and testing procedures
	$300,000

	Pre-clinical studies for distribution and expression
	$500,000

	GMP vector process development
	$300,000

	Clinical protocol development
	$500,000

	Toxicology studies
	Previously included

	FDA submission and approvals
	Previously included

	Clinical trial initiation
	$500,000

	Minimum Estimated Total Costs:
	$2,100,000


The more funding available the quicker we can accelerate the timeframes (possibly from 30 months down to 18 months)

Detailed work plan and feasibility studies are available for more specific information.  

For more information please visit:  www.nathansbattle.com


