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(54) Title: NUCLEIC ACID CONSTRUCTS AND GENE THERAPY VECTORS FOR USE IN THE TREATMENT OF WILSON
DISEASE
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(57) Abstract: The invention relates to nucleic acid constructs and gene therapy vectors that comprise an ATP7B variant for use in
the treatment of conditions associated with a deficiency or dysfunction of Copper-transporting ATPase 2, and particularly of
Wilson's disease. An AAV vector devised according to the invention significantly reduced urine Cu excretion, and liver Cu content
in Wilson's disease mice treated with the vector, while ceruloplasmin activity was significantly restored. On the other hand, the ad-
ministration of the vector resulted in the normalization of serum transaminases' levels and of liver histology, together with a marked
reduction of the inflammatory infiltrate.



