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Introduction Results

Efficacy Summary Clinical Observations

Improvement seen across multiple clinical domains in all patients based on clinical observations.

TSHA-102 is a gene therapy product designed to treat adolescent/adult and pediatric patients with Rett
Syndrome (RTT). To safely restore Methyl CpG-binding Protein 2 (MeCP2) function, this construct includes a
microRNA-responsive target sequence (MRARE) designed to modulate transgene expression in the central
nervous system (CNS) on a cell-by-cell basis, thus minimizing the risk of toxic overexpression (Figure 1).
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