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Research Interests: 
Adeno Associated Virus as a gene delivery system for
HIBM therapy. 
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Abstract of present work:
My objective is to generate an AAV virus harboring the GNE gene, which is the gene mutated in hereditary Inclusion Body Myopathy (HIBM),  and assess its efficiency in infecting muscle cells and in expressing the normal GNE protein in these cells.  I will clone GNE cDNA into AAV2 ITRs constructs and generate an virus AAV2/8 GNE.  I will then infect with this virus murine muscle cells (C2C12) and human muscle cells derived from HIBM patients  and evaluate the expression of GNE in these cells.  Following these experiments I will infect normal mice and subsequently  the HIBM model mice generated in our lab  to assess toxicity and efficiency, as a platform to potential gene therapy trials for HIBM patients.
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