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(54) Title: COMPOSITIONS USEFUL FOR TREATMENT OF CHARCOT-MARIE-TOOTH DISEASE

(57) Abstract: Provided herein are TAAV and other vectors and compositions useful for treating a patient having CMT2 comprising:
(a) a recombinant nucleic acid sequence encoding an engineered human mitofusin 2 coding sequence operably linked to regulatory
sequences which direct expression thereof in a human target cell. Also provided are rAAV and other vectors and compositions useful for
treating a patient having CMT2 comprising: (b)a nucleic acid sequence encoding at least one miRNA specific for an endogenous human
mitofusin 2 sequence in a human CMT2A subject, wherein the miRNA coding sequence is operably linked to regulatory sequences
which direct expression thereof in the subject. Further provided are compositions containing both the engineered hMfn2 coding sequence
and the at least one miRNA coding sequence, wherein the engineered human mitofusin 2 coding sequence has a sequence which differs
from endogenous human mitofusin 2 in the CMT2A patient in the target site of the encoded miRNA.



