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* We optimized a robust system of assays to validate

whether enzyme replacement will occur in the brain.
These findings will aid in the development of a future

targeted B-glucuronidase ERT delivery paradigm for
novel treatment of DYT-THAP1 dystonia.
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* We used a Nestin-Cre/Thap1LoxP approach to delete THAP1
from the central nervous system of mice ("THAP1-NCKQO")
and a GusB transgenic mouse line ("GusB-TG") to
overexpress [-glucuronidase.
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* We quantified 3-glucuronidase activity using a biochemical
enzyme activity assay

Figure 2. Colorimetric-based in situ assay visualizing B-glucuronidase enzymatic
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