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Luxturna is indicated for the treatment of adult and paediatric patients with vision loss due to inherited
retinal dystrophy caused by confirmed biallelic RPE65 mutations and who have sufficient viable retinal
cells.
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4. Clinical particulars

Patient Alert Card

The marketing of Luxturna is subject to a risk management plan (RMP) including ‘Patient Alert Card’
and a patient information leaflet - both available in a large print and audio format. These materials
emphasize important safety information that the patient should be aware of before and during treatment.
Please explain to the patient the need to review these materials before starting treatment.

Healthcare Professional Guide

This product is marketed with Healthcare Professional Guides (Pharmacy Manual for dose preparation of
Luxturna and Surgical Manual for the administration of Luxturna) providing important safety
information. Please ensure you are familiar with thissmaterial-asit these materials as they contains
important safety information.

4.8 Undesirable effects

Table 2 Adverse reactions related to voretigene neparvovec

System organ class | Frequency Adverse reaction

Eye disorders Not known Chorioretinal atrophy*

*Includes retinal degeneration, retinal depigmentation and injection site atrophy

Description of select adverse reactions

Chorioretinal atrophy

Chorioretinal atrophy was has been reported as an adverse reaction during post-marketing experience and
reported as progressive in some patients. Events were temporally related to treatment and occurred in the
estimated treated area of the bleb site and outside of the bleb area.

Retinal atrophy may involve the fovea with possible negative effects on central vision.
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Following reports of chorioretinal atrophy in the post-marketing setting, a retrospective review of fundus
photographs available from 39 out of 41 patients enrolled in the clinical studies was performed.

In the phase 3 study, chorioretinal atrophy of the macula of treated eyes was found in 15.4% prior to
treatment, in 42.6% at year 1 and in 55.6% after year 1. In the phase 1 study, chorioretinal atrophy of the
macula was present in 35% prior to treatment, in 66.7% at year 1 and in 73.9% after year 1. Untreated
control eyes showed the following rates of chorioretinal atrophy: 5.9% at baseline and 11.1% at year 1 in
the phase 3 study; 40% at baseline, 42.9% at year 1 and 41.7% after year 1 in the phase 1 study.

Some of these atrophies involved the fovea. In the phase 3 study, there was involvement of the fovea in
1.9% of treated eyes prior to treatment, as well as at year 1, and in 5.6% after year 1. In the phase 1 study,
the fovea was involved in 30% of treated eyes prior to treatment, in 38.9% at year 1 and in 47.8% after year
1. In the phase 3 study, atrophies in untreated control eyes did not involve the fovea. In the phase 1 study,
40% of atrophies in untreated control eyes involved the fovea at baseline, 42.9% at year 1 and 33.3% after

year 1.
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