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Retinitis Pigmentosa

�‡Affects 1 in 3,000-
5,000 individuals

�‡Rods degenerate 
initially with 
subsequent 
degeneration of 
cones and RPE

6 years old 26 years old

Patients experience night blindness followed by loss of 
peripheral and then central vision - legal blindness occurs 
in the 4th or 5th decade of life1-3
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Functional PRPF31 expression = ~50%
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RNA

PRPF31
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Retinitis Pigmentosa type 11

�‡1-3% of RP

�‡Caused by mutations on the 
PRPF31 gene

�‡Autosomal dominant inheritance

�‡VP-001: a RNA therapeutic that 
leads to upregulation of PRPF31

RP11 patient 



Experimental treatment of RP11 using VP-001
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Phase 2/3 Study1

�‡ Safety & Tolerability
�‡ Efficacy

�‡ Low-Luminance Visual Acuity
�‡ Microperimetry

�‡ Safety & Tolerability
�‡ Efficacy

�‡ Primary: Low-Luminance Visual Acuity
�‡ Secondary: Microperimetry

Phase 1a SAD Phase 1b MAD Study
Open Label 
Extension

Progress to date

WallabyPlatypus

DINGO

Natural History Study (Quokka)

Open-Label Extension Study
Long term (24-month treatment period)1
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�‡ Adaptive optics scanning 
light ophthalmoscopy

�‡ Optoretinography

�‡ Adaptive optics 
microperimetry

�‡ OCT



Evaluate retinal structure and function in PRPF31-
associated retinitis pigmentosa before and after 
unilateral treatment with experimental VP-001



Patient 2



Patient 2: Degenerative microcysts over time

Injected eye



Patient 2: Degenerative microcysts over time

Control eye



Injected eye Control eye

Patient 2: Degenerative microcysts over time



Patient 2: Degenerative microcysts over time

Baseline

Week 29

Injected eye Control eye



Patient 2: Peak cone density over time



Patient 2: Peak cone density over time



Patient 2: Peak cone density over time

106,039 cones/mm2



Patient 2: Peak cone density over time

106,039 cones/mm2



Patient 2: Peak cone density over time

106,039 cones/mm2

*Arrows depict VP-001 injections



Optoretinography

�‡ Objective measure of photoreceptor function.

�‡ An optical signal that occurs in response to a 
visible stimulus. 



Optoretinography
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Optoretinography, Patient 2 Baseline, OS



Optoretinography, Patient 2 Baseline, OS



Optoretinography, Patient 2 Baseline

Baseline ORG amplitude is reduced from normal.
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Optoretinography, Patient 2 over time
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Optoretinography, Patient 2 over time



Optoretinography, Patient 2 over time

Parafovea Near transition zone



AO microperimetry



AO microperimetry

�‡ Image the retina with infrared illumination with 
AOSLO.

�‡Deliver a 550 nm stimulus to targeted locations, 
repeatedly.

�‡Stimulus size varied by eccentricity but remained 
the same across time points for all locations.

�‡Yes/No response for each trial.

�‡QUEST adaptive staircase of 20 trials, 3 times.

�‡100 trials using MOCS for intensities around the 
expected sensitivity.



AO microperimetry
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AO microperimetry
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AO microperimetry
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AO microperimetry �± sensitivity over time

Baseline 
Post-injection 1 

6 weeks



AO microperimetry �± sensitivity over time
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AO microperimetry �± sensitivity over time

Baseline 
Post-injection 1 

6 weeks
Post-injection 2 

11 weeks
Post-injection 3 

17 weeks



AO microperimetry �± sensitivity over time
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29 weeks
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Injected eye

Sensitivity over time, Patient 2



Injected eyeControl eye

Sensitivity over time, Patient 2



Patient 1



Patient 1



Injected eyeControl eye

Sensitivity over time, Patient 1



Summary
Cone density ORG amplitude AO sensitivity

�‡Cone density, ORG amplitude, and AO sensitivity can be used to assess experimental 
therapies for retinal disease.

�‡Cone structure and function were maintained or improved following treatment with VP-001.

�‡The data support future studies to assess VP-001 efficacy in additional RP11 patients.
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