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Drug Therapy Guidelines 
 

                                                                                             
 

  Applicable* 

Zolgensma® (onasemnogene abeparvovec-xioi) 

Medical Benefit x Effective: 12/5/22 

Pharmacy- Formulary 1  Next Review: 12/23 

Pharmacy- Formulary 2  Date of Origin: 7/19 

Pharmacy- Formulary 3/Exclusive  Review Dates: 6/19, 12/19, 12/20, 12/21, 10/22 

Pharmacy- Formulary 4/AON  

 

I. Medication Description 

Spinal muscular atrophy (SMA) is caused by a bi-allelic mutation in the survival motor neuron 1 (SMN1) gene, 
which results in insufficient SMN protein expression. 

Zolgensma (onasemnogene abeparvovec-xioi) is a recombinant self-complementary adeno-associated virus 
(AAV9) containing a transgene encoding the human survival motor neuron (SMN) protein, under the control of a 

cytomegalovirus enhancer/chicken--actin hybrid promoter. Zolgensma is designed to deliver a copy of the gene 
encoding the human SMN protein and is indicated for the treatment of pediatric patients less than 2 years of 
age with SMA with bi-allelic mutations in the SMN1 gene. 

II. Position Statement 

 

Coverage is determined through a prior authorization process with supporting clinical documentation for every 

request.  

 

III. Policy 

  

 Coverage of Zolgensma is available when all of the following criteria have been met: 

• Member has a genetically confirmed diagnosis of SMA with bi-allelic mutations in the survival motor 

neuron 1 (SMN1) gene AND 

• Member is being treated by a pertinent specialist (e.g. neurologist) AND 

• Member has no more than three SMN2 copy numbers AND 

• Member has an anti-body titer ≤ 1:50 AND 

• Member does not have a contraindication or intolerance to corticosteroids AND 

• Member does not require permanent ventilator support at baseline (defined as either tracheostomy or 

≥ 16 hours ventilation/day continuously for > 21 days in the absence of an acute reversible event) AND 

• Member is less than 2 years of age at the time of treatment AND 

• The request for therapy is supported with laboratory testing and medical records or chart notes AND 

• Member has not received prior therapy with Zolgensma AND 

• Member will not be receiving routine concomitant SMN modifying therapy (e.g., Spinraza, Evrysdi) for 

the treatment of SMA 

 

IV. Quantity Limitations 

  

 Coverage is available to provide 1.1 x 10 14 vector genomes (vg) per kg of body weight. 
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V. Coverage Duration 

 

Coverage is available for one treatment per lifetime.  

 

VI. Coverage Renewal Criteria 

 

 N/A 
 

VII. Billing/Coding Information 

 

• Zolgensma is a suspension for intravenous infusion, supplied as single-use vials. 

• J3399: 1 billing unit = up to 5x1015 vector genomes (per treatment)  

• Zolgensma is provided as a customized kit to meet dosing requirements for each patient: 

o Zolgensma kit contains 2 to 9 vials, as a combination of 2 vial fill volumes (either 5.5 mL or 8.3 

mL).  

o  Each Zolgensma vial has a nominal concentration of 2.0 × 1013 vector genomes (vg) per mL and 

contains an extractable volume of not less than either 5.5 mL or 8.3 mL. 

 

VIII. Summary of Policy Changes 

  

• 7/15/19: new policy 

• 1/30/20: no policy changes 

• 7/1/20: updated billing/coding information 

• 2/26/21: added exclusion of routine treatment with Evrysdi; added definition of permanent vent 

support 

• 3/7/22: no policy changes 

• 12/5/22: no policy changes 
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*These guidelines are not applicable to benefits covered under Medicare Advantage. Medicare Advantage benefit coverage requests are reviewed in accordance with 

the guidance set forth in Chapter 15 Section 50 of the Centers for Medicare & Medicaid Services Medicare Benefit Policy Manual 

The Plan fully expects that only appropriate and medically necessary services will be rendered.  The Plan reserves the right to conduct pre-payment and post-payment 

reviews to assess the medical appropriateness of the above-referenced therapies.  

The preceding policy applies only to members for whom the above named pharmacy benefit medications are included on their covered formulary. Members with 

closed formulary benefits are subject to trying all appropriate formulary alternatives before a coverage exception for a non-formulary medication will be considered. 

The preceding policy is a guideline to allow for coverage of the pertinent medication/product, and is not meant to serve as a clinical practice guideline. 


