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  ʬʩʸפʠ2024 
ʠפʥʸ/ ʤ  ʣʡʫʰ/ ʤ ,ʧʷʥʸ/ ̋ ʣʡʫʰ/ ʤ, 

 ,ʡʸ ʭʥʬʹ 
 

                ʯʥʣʰʤ :                                                             
  ʸʩʹʫʺʤ ʩʰʥʬʲ ʯʥʫʣʲ 

ZOLGENSMA, suspension for infusion, I.V    

 ၥמၷၶ'ၣלၧၨ ,ၭၧת ၬၧרၬၸל ၹၬၩתר- ၬၤၬרၧ 
 

ʺʸʡʧ ʱʩʨʸʡʥʰ  ʬʠʸʹʩ ʲʡ"ʮ  ̋ ʹʷʡʮ ʲʩʣʥʤʬ  ʬʲ  ʯʥʫʣʲ  ʯʥʬʲʡ  ʯʫʸʶʬ ʯʥʬʲʥ ʠʴʥʸʬ  ʬʹ   ʸʩʹʫʺʤʯʥʣʰʡʹ . 
 ʭʩʰʥʬʲʤ ʠʴʥʸʬ ʯʫʸʶʬʥ  ʥʰʫʣʥʲ ʡ ʬʩʸʴʠ 2024 . 

 
 ʤʲʣʥʤʡ  ʭʩʨʸʥפʮ  ʭʩʰʥʫʣʲʤ  ʭʩʥʥʤʮʤ  ʯʥʫʣʲ  ̡ ʣʩʮʡ ʩʺʥʧʩʨʡ ʣʡʬʡ . ̡ ʣʩʮʬ  ʠʬʮ  ́ ʩ ʯʩʩʲʬ ʩʰʥʬʲʡ ʸʩʹʫʺʤ . 

 
 ʭʩʰʥʬʲʤ  ʥʧʬʹʰ  ʭʥʱʸʴʬ ʸʢʠʮʡ  ̋ ʥʴʥʸʺʤ  y ʺʠʡʹ ʣʸʹʮ ʺʥʠʩʸʡʤ  ʯʺʩʰʥ ʭʬʡʷʬ ʭʩʱʴʣʥʮ  ʬʲ-ʩʣʩ  ʤʩʰʴ   ʬʲʡʬ
 ʭʥʹʩʸʤ :ʱʩʨʸʡʥʰ   ʬʠʸʹʩ ʲʡ ʵʸʠʤ ʺʸʶʥʺ ,ʮ"6 ̋  ," ʣ7126ʡʩʡʠ ʬʺ , . 

 
 

  :ʸʩʹʫʺʤ ʺʩʥʥʺʤ 
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 SMN2 gene. 

:ʬʩʲפ ʸʮʥʧ                                                                  
vg/mL  13 Onasemnogene abeparvovec 2.0 × 10 

 
 

ʬ ʯʥʬʲ ʠפʥʸ 
 ʭʩʰʥʫʣʲʤ  ʭʩʥʥʤʮʤ  ʯʥʫʣʲ  ̡ ʣʩʮʡ  ʩʺʥʧʩʨʡ  ʭʩʹʢʣʥʮ  ʡʥʤʶʡ 

 
4.4 Special warnings and precautions for use 

… 

 

Hepatotoxicity 

Immune-mediated hepatotoxicity is generally manifested as elevated ALT and/or AST levels. 

Acute serious liver injury and acute liver failure, including fatal cases, have been reported with 

onasemnogene abeparvovec use, typically within 2 months after infusion and despite receiving 

corticosteroids before and after infusion. Immune-mediated hepatotoxicity may require adjustment 

of the immunomodulatory regimen including longer duration, increased dose, or prolongation of 

the corticosteroid taper (see section 4.8). 

… 

 

• Data from a small study in children weighing ≥8.5 kg to ≤21 kg (aged approximately 1.5 to 

9 years), indicate a higher frequency of AST or ALT elevations (in 23 out of 24 patients) 

compared with frequencies of AST/ALT elevations observed in other studies in patients 

weighing <8.5 kg (in 31 out of 99 patients) (see section 4.8). 

… 
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Thrombocytopenia 

… 

Post-marketing cases with platelet count <25 x 109/L have been reported to occur within three 

weeks following administration. 

 

Platelet counts should be obtained before onasemnogene abeparvovec infusion and should be 

closely monitored within the first three weeks following infusion and on a regular basis 

afterwards, at least weekly for the first month and every other week for the second and third 

months until platelet counts return to baseline. 

 

Data from a small study in children weighing ≥8.5 kg to ≤21 kg (aged approximately 1.5 to 

9 years), indicate a higher frequency of thrombocytopenia (in 20 out of 24 patients) compared 

with frequencies of thrombocytopenia observed in other studies in patients weighing <8.5 kg 

(in 22 out of 99 patients) (see section 4.8). 

 

Thrombotic microangiopathy 

Several cases of thrombotic microangiopathy (TMA) have been reported with onasemnogene 

abeparvovec (see section 4.8). Cases generally occurred within the first two weeks after 

onasemnogene abeparvovec infusion. TMA is an acute and life-threatening condition, which is 

characterised by thrombocytopenia and microangiopathic haemolytic anaemia. Fatal outcomes 

have been reported. Acute kidney injury has also been observed. In some cases, concurrent 

immune system activation (e.g. infections, vaccinations) has been reported (see sections 4.2 

and 4.5 for information on administration of vaccinations). 

 

Thrombocytopenia is a key feature of TMA, therefore platelet counts should be closely 

monitored within the first three weeks following infusion and on a regular basis afterwards 

(see sub-section ‘Thrombocytopenia’). In case of thrombocytopenia, further evaluation 
including diagnostic testing for haemolytic anaemia and renal dysfunction should be 

undertaken promptly. If patients show clinical signs, symptoms or laboratory findings 

consistent with TMA, a specialist should be consulted immediately to manage TMA as 

clinically indicated. Caregivers should be informed about signs and symptoms of TMA and 

should be advised to seek urgent medical care if such symptoms occur. 

… 

 

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 Thrombocytopenia1) 

Not known 

Uncommon 

Thrombotic microangiopathy2)3) 

Gastrointestinal disorders 

Common Vomiting 
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Hepatobiliary disorders 

Common Hepatotoxicity4) 

Not known 

Uncommon 

Acute liver failure2)3) 

Not known Acute liver injury 2) 

General disorders and administration site conditions 

Common Pyrexia 

Investigations 

Very common Hepatic enzyme increased5) 

Common Troponin increased6) 
1)Thrombocytopenia includes thrombocytopenia and platelet count decreased. 
2)Treatment-related adverse reactions reported outside of pre-marketing clinical studies, including in 

the post-marketing setting. 
3)Includes fatal cases. 
4)Hepatotoxicity includes hepatic steatosis and hypertransaminasaemia. 
5)Hepatic enzyme increased includes: alanine aminotransferase increased, ammonia increased, 

aspartate aminotransferase increased, gamma-glutamyltransferase increased, hepatic enzyme increased, 

liver function test increased and transaminases increased. 
6)Troponin increased includes troponin increased, troponin-T increased, and troponin-I increased 

(reported outside of clinical studies, including in the post-marketing setting). 

… 

 

Description of selected adverse reactions 

 

In a study (COAV101A12306) including 24 children weighing ≥8.5 kg to ≤21 kg (aged 

approximately 1.5 to 9 years; 21 discontinued previous SMA treatment) increased 

transaminases were observed in 23 out of 24 patients. The patients were asymptomatic and 

there were no elevations of bilirubin. The AST and ALT elevations were managed with the use 

of corticosteroids, typically with prolonged duration (at Week 26, 17 patients were continuing 

prednisolone, at Week 52, 6 patients were still receiving prednisolone) and/or a higher dose. 

 

Transient thrombocytopenia 

In the clinical development program (see section 5.1), transient thrombocytopenia was 

observed at multiple time points post-dose and normally resolved within two weeks. Decreases 

in platelet counts were more prominent during the first week of treatment. Post-marketing 

cases with transient decrease in platelet count to levels <25 x 109/L within three weeks of 

administration have been reported (see section 4.4). 

 

In a study (COAV101A12306) including 24 children weighing ≥8.5 kg to ≤21 kg (aged 

approximately 1.5 to 9 years), thrombocytopenia was observed in 20 out of 24 patients. 

 

… 

 :ʯʫʸʶʬ ʯʥʬʲ 
 ʭʩʰʥʫʣʲʤ  ʭʩʥʥʤʮʤ  ʯʥʫʣʲ  ̡ ʣʩʮʡ  ʩʺʥʧʩʨʡ  ʭʩʹʢʣʥʮ  ʡʥʤʶʡ 

2 .  ʤפʥʸʺʡ ʹʥʮʩʹʤ ʩʰפʬ 
… 
ʡ ʡʷʲʮʥ ʺʥʷʩʣ 
… 

      .)ʤʩʰʴʥʨʩʶʩʡʮʥʸʺ( ʭʣʡ ʺʥʩʱʨʤ ʺʸʩʴʱʡ ʤʣʩʸʩʬ ʠʩʡʤʬ ʤʬʥʬʲ ʤʮʱʰ׳ʢʬʥʦ 
       ,ʪʣʬʩʬ ʤʮʱʰ'ʢʬʥʦ ʯʺʮ ʸʧʠʬ ʤʫʥʮʰ ʭʣ ʺʥʩʱʨ ʺʸʩʴʱ ʬʹ ʭʩʩʸʹʴʠ ʭʩʰʮʩʱʬ ʡʬ ʭʩʹʬ ʹʩʣ ʥʠ ʺʥʬʡʧ ʯʥʢʫʩ ʭʩʮʥʮ  
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 ʳʩʲʱ ʤʠʸ( .ʭʩʢʩʸʧ4  )ʳʱʥʰ ʲʣʩʮʬ .ʪʬʤʮʡ ʥʹʧʸʺʤ ʤʫʥʮʰ ʭʣ ʺʥʩʱʨ ʺʸʩʴʱ ʬʹ ʭʩʧʥʥʣʮʤ ʭʩʸʷʮʤ ʡʥʸ   ̋ ʹʥʬʹ  
ʺʥʲʥʡʹʤ  .ʣʬʩʬ ʤʮʱʰ'ʢʬʥʦ ʯʺʮ ʸʧʠʬ ʭʩʰʥʹʠʸʤ 

… 

4 .  ʩʠʥʥʬ ʺʥʲפʥʺ 
… 

( ʺʥʧʩʫʹ ʯʰʩʠʹ ʩʠʥʥʬ ʺʥʲפʥʺuncommon ) -  ʡ ʺʥʲʩפʥʮ10-1  ʪʥʺʮ ʭʩʹʮʺʹʮ1000 : 
 :)ʭʩʰʩʮʦʤ ʭʩʰʥʺʰʤʮ ʺʥʸʩʣʺʤ ʺʠ ʪʩʸʲʤʬ ʯʺʩʰ ʠʬ( ʤʲʥʣʩ ʤʰʩʠ ʺʥʧʩʫʹ 

  ʺʺʧʴʥʮ ʺʥʰʸʲ ʥʠ )ʭʩʩʰʩʲʤ ʯʡʥʬ ʬʹ ʥʠ ʸʥʲʤ ʬʹ ʤʡʤʶʤ( ʺʡʤʶ ,ʺʥʠʷʤ •-    ʤʲʩʢʴ ʬʹ ʭʩʰʮʩʱ ʺʥʩʤʬ ʭʩʬʥʬʲ ʤʬʠ
 ʣʡʫ ʺʷʩʴʱ ʩʠ ʬʬʥʫ( ʣʡʫʡ ( 

 ʯʺʹʤ ʯʺʮʡ ʤʣʩʸʩ ,ʭʩʱʥʫʸʴ ,ʺʥʬʷʡ ʺʥʸʥʡʧ ʺʲʴʥʤ • -  ʤʩʺʴʥʩʢʰʠʥʸʷʩʮ ʬʹ ʭʩʰʮʩʱ ʺʥʩʤʬ ʭʩʩʥʹʲ ʤʬʠʺ ̋ ʩʨʥʡʮʥʸ 

… 
 
 
 

 ,ʤʫʸʡʡ 
 ʮ"ʲʡ ʬʠʸʹʩ ʱʩʨʸʡʥʰ 

 


