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Zolgensma is indicated for the treatment of:

patients with 5q spinal muscular atrophy (SMA) with a bi-allelic mutation in the SMN1
gene and a clinical diagnosis of SMA Type 1, or
patients with 5q SMA with a bi-allelic mutation in the SMN1 gene and up to 3 copies of

the SMIN2 gene.
I'7'yo Wnin

Onasemnogene abeparvovec 2.0 x 10" vg/mL
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Special warnings and precautions for use

Infusion-related reactions and anaphylactic reactions

Infusion-related reactions, including anaphylactic reactions, have occurred during, and/or shortly
after, infusion of onasemnogene abeparvovec (see section 4.8). Patients should be monitored
closely for clinical signs and symptoms of infusion-related reactions. If a reaction occurs, the
infusion should be interrupted and treatment should be provided as needed. Based on clinical
evaluation and standard practices, administration may be cautiously resumed.
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4.8 Undesirable effects

Table 3  Tabulated list of adverse reactions to onasemnogene abeparvovec

Adverse Reactions by MedDRA SOC/PT and Frequency
Blood and lymphatic system disorders

Common Thrombocytopenia”
Uncommon Thrombotic microangiopathy®?
Immune system disorders
Rare | Anaphylactic reactions
Gastrointestinal disorders
Common | Vomiting
Hepatobiliary disorders
Common Hepatotoxicity”
Uncommon Acute liver failure?
General disorders and administration site conditions
Common Pyrexia
Uncommon Infusion-related reactions
Investigations
Very common Hepatic enzyme increased®
Common Troponin increased®

YThrombocytopenia includes thrombocytopenia and platelet count decreased.

DTreatment-related adverse reactions reported outside of pre-marketing clinical studies, including in
the post-marketing setting.

Includes fatal cases.

“Hepatotoxicity includes hepatic steatosis and hypertransaminasaemia.

SHepatic enzyme increased includes: alanine aminotransferase increased, ammonia increased,
aspartate aminotransferase increased, gamma-glutamyltransferase increased, hepatic enzyme increased,
liver function test increased and transaminases increased.

®Troponin increased includes troponin increased, troponin-T increased, and troponin-I increased
(reported outside of clinical studies, including in the post-marketing setting).
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