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The Neuronal Ceroid Lipofuscinoses Research Alliance (NCLRA) in conjunction with the primary investigator, Mark S. Sands, Ph.D., have developed a viable plan to move forward with a treatment for CLN1 and CLN2 using gene transfer.  The increased knowledge of the genetic defects underlying these diseases, coupled with advances in the field of gene transfer and expression, provides an opportunity to utilize gene therapy strategies in order to treat these disorders.  Gene therapy using the Adeno-associated virus (AAV) has proved to be a promising therapy.





The NCLRA will be conducting a conference hosted at the National Institutes of Health, Bethesda, Maryland on May 11, 2000 and May 12, 2000.  The attendees for the conference will include leading scientific investigators for the NCLs, NIH representatives, an FDA representative, NCLRA members, and institutions and companies interested in taking an active roll in the clinical trial efforts for CLN1 and CLN2.  The main objectives of the conference are:





To generate pharmaceutical interest in novel therapeutic approaches (ERT/AAV) to treat CLN1 and CLN2 through open collaboration with researchers in the field.





Scientific updates from researchers to provide information and data to company representatives.





To identify the role of involved parties in the development of a strategy to initiate a clinical trial.





Please review the attached business plan to gain an understanding of the clinical trial’s direction.  The conference will include scientific updates from the leading investigators, a business plan overview, an FDA update and an open discussion regarding specific institutional and company interest and direction.  From this conference the clinical trial sponsor will be confirmed and the remaining steps necessary for completing the Investigational New Drug application will be defined.  





If you are interested in attending please confirm by advising me by Aril 14, 2000.  There is a limited capacity for conference attendees.  Conference travel, lodging, and scheduled meal expenses will be paid for invited attendees.   The NCLRA will evaluate interested attendees and extend invitations and agendas to the most promising clinical trial partners.  











Sincerely,














Phil Milto














Contact information:





Phil Milto - NCLRA


459 State Road 135 South


Greenwood, IN. 46142





Work Phone:	(317) 888-7396


Home Phone:	(317) 882-5326


Fax Number:	(317) 888-0504


email:		pmilto@indy.net











Attached:	AAV Gene Therapy Business Plan


