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ADVANCING A PROMISING TREATMENT FOR RETINITIS PIGMENTOSA AND OTHER OCULAR DISEASES
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RETINITIS PIGMENTOSA (RP)
ORAL NPI-001 (NACA)
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SAFETY AND EFFICACY OF NPI-001 TABLETS FOR RP ASSOCIATED 

WITH USHER SYNDROME (SLO RP) 

WHAT

Phase 1/2 safety & efficacy clinical study C-18-04

 Initiated January 2020 

 48 USH subjects, randomized 2 (active):1 (placebo)

 24-month study

 Target population has some rod loss, but mostly 

viable cones

 Key Efficacy Endpoints: 

• Pointwise retinal sensitivity (MAIA 

microperimetry)

• EZ Area (SD-OCT)

• Best Corrected Visual Acuity (eVA)

WHY

Designed to generate data that can be used to:

 Support the safety of a dosage up to 500mg/day

 Provide clinical proof of concept for treatment of RP 

associated with USH

 Design a confirmatory clinical study for the 

treatment of RP

 Support breakthrough application (TGA, FDA)
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PRELIMINARY RESULTS FROM USH STUDY EXPECTED IN 2021

Study Initiation

Qtr 3 - 2020

Interim Analysis 

6 Month Safety & Efficacy

Qtr 4 - 2021

Interim Analysis

12 Month Safety & Efficacy

Qtr 2 - 2022

Study Completion 

Final Analyses

24 Month

Qtr 2 - 2023

RP Clinical Trial (US/AU)

USH Phase 1/2 Trial (AU)

Interim Analysis

18 Month Safety & Efficacy

Qtr 4 - 2022


