




Study fully enrolled in 2013;
randomisation completed in 2014

Intervent ion group

Control group

Injection in first eye Injection in second eye

Dosing regimen:
1.5×1011 vg/eye in 0·3 mL

All followed control
participants could cross

over and receive
AAV2-hRPE65v2 

(voretigene neparvovec)

Endpoint
reached at 1 year

Crossover to
intervention group

Trial endpoints

Primary
• MLMT change score at 1 year, bilateral

Secondary
• FST testing, averaged over both eyes
• MLMT change score, assigned first eye
• BCVA, averaged over both eyes

Eligibility
screening

Baseline test ing
Randomisat ion
(2:1 intervention

to control)
Assignment

(balanced for age
and baseline MLMT

performance)







36 patients assessed for eligibility

31 randomly assigned (2:1) to intervention or control

5 ineligible
2 due to mobility test performance
1 attentional limitations at two screening visits 
1 did not meet eligibility cutoffs for visual acuity 

and field testing
1 deemed unreliable for endpoint testing owing 

to insuffi cient voluntary assent
  

1 discontinued pre-intervention (physician 
 decision)* 

1 discontinued (patient withdrawal)† 
 

21 randomly assigned to intervention 10 randomly assigned to control

20 received intervention and 
 completed 1-year assessment

9 completed 1-year assessment

21 included in intention-to-treat 
 analysis

10 included in intention-to-treat 
 analysis
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