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TEREA : NGS based evaluation of AAV genome integrity for improved production and function
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T RE4 : Novel single AAV vector treatment for Congenital Muscular Dystrophy type 1A (MDC1A) using CRISPR-

GNDM" technology
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& v ¥ 3 44 Musculo-skeletal Diseases
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TREA : Robust suppression of Tau by CRISPR-GNDM® system for treatment of Tauopathies
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v ¥a A KON AR Z—F-5: Neurologic Diseases [ /M-141

TERE4 : Utilizing CRISPR-GNDM® mediated gene activation of the extra-large gene titin for the treatment of dilated

cardiomyopathy and other titinopathies
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TEE4 : Blocking SNHG14/UBE3A-ATS IncRNA Transcription with Dead Cas9 (CRISPR- GNDM®) Can Un-Silence

Paternal UBE3A in an Angelman Syndrome Mouse Model
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T4 : Evaluation of Cas9 mediated immune response effect on long term transgene expression in WT mice and NHPs

without immune suppression
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ok



