
 
 

 

 

 

This slide shows the results for the effectiveness of Part One. 

In cognitive function assessments that evaluate the developmental age of infants and toddlers, patients with 
good cognitive function at baseline continue to show cognitive development comparable to that of healthy 
controls, while patients with developmental delay show less cognitive deterioration. 

  



 
 

 

 

 

Here is the Part Two test design. 

The primary endpoint was heparan sulfate concentration in cerebrospinal fluid at 16 weeks, followed by one 
year of safety and long-term follow-up. 

Patients on immunosuppressive regimens for the first 48 weeks of treatment and on ERT did not change doses 
during the 16-week study. 

  



 
 

 

 

 

This slide shows the results of the effectiveness of Part Two. At 16 weeks of treatment, the concentration of 
HS D2S6, a metabolite of heparan sulfate, in the cerebrospinal fluid had decreased by approximately 86% and 
was below the maximum level of the mild form in 8 of the 10 patients. This is a one-time gene therapy, and 
the results of these clinical trials indicate that it is a first-in-class treatment for Mucopolysaccharidosis Type II. 

Since this product can be administered earlier than ERT, and ERT can be administered after this product, we 
do not believe that this product will be an intrinsic competitor to existing therapies, including existing enzyme 
replacement therapies and formulations currently under development. 

In the U.S., our U.S. subsidiary NS Pharma will conduct sales and promotional activities. We expect that the 
addition of this drug to our portfolio will contribute to the treatment of patients suffering from 
mucopolysaccharidosis. 

In order to deliver groundbreaking new drugs to patients suffering from diseases as soon as possible, we will 
further increase the speed of our R&D and continuously expand our pipeline. 

This concludes our presentation. 




