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[bookmark: _Toc225171659]Statement
[bookmark: b950953b-64cf-4462-b690-642aea4b88a0][bookmark: _Toc225171660]General Information
· [bookmark: f1c331b7-8c82-4b38-9267-dbf3a2971174]It is the policy of the Health Plan to maintain a prior authorization process that promotes appropriate utilization of specific drugs with potential for misuse or limited indications. This process involves a review using Food and Drug Administration (FDA) criteria to make a determination of Medical Necessity and approval by the Medical Policy Committee. 
· If the established criteria are not met, the request is referred to a Medical Director for review, if required for the plan and level of request. 
[bookmark: _Toc225171661]Purpose
[bookmark: 2516b3cf-d6fd-4050-8fd6-c17305a92c00]The purpose of this guideline is to define the prior authorization process for the following drug(s): Zolgensma® (onasemnogene abeparvovec).
[bookmark: _Toc225171662]Scope
[bookmark: 572d1d8c-e048-4c2c-827d-a8db7b225e7c][bookmark: 9ce5fd17-6328-4692-a9ff-ca93e447be2b]This guideline applies to all practitioners who are involved in providing the requested drug. This guideline is specific to the Health Plan’s medical benefit. 
[bookmark: _Toc225171663]INITIAL REVIEW CRITERIA
· [bookmark: 59e66837-f347-4cba-ad06-9c8898541074]Must be prescribed by a neurologist who specializes in the treatment of spinal muscular atrophy
· Must be prescribed at a dose within the manufacturer’s dosing guidelines (based on diagnosis, weight, etc.) listed in the FDA-approved labeling
· Must be younger than age 2
· If born premature, must have reached corresponding full-term gestational age
· Must have a diagnosis of spinal muscular atrophy (SMA) with chart documentation of confirmatory genetic testing showing ONE of the following:
· Homozygous gene deletion or mutation of the survival motor neuron 1 (SMN1) gene (e.g., homozygous deletion of exon 7 at locus 5q13)
· Compound heterozygote gene mutation [e.g., deletion of SMN1 exon 7 (allele 1) and mutation of SMN1 (allele 2)]
· Must have documentation of ONE of the following: 
· Symptomatic SMA OR
· Both of the following: 
· Diagnosis of likely Type I or II SMA based on the results of SMA newborn screening
· Documentation confirming three copies or fewer of SMN2 gene
· Must not have advanced SMA as evidenced by any of the following:
· Permanent ventilator dependence (defined as at least 16 hours of respiratory assistance per day, continuously for at least 14 days, in the absence of an acute, reversible illness or a perioperative state)
· Complete paralysis of limbs
· Must NOT be dependent on either invasive ventilation or tracheostomy OR non-invasive ventilation for at least 12 hours per day
· Must have the following baseline testing completed:
· Platelet count
· Troponin-1
· Liver function tests (ALT, AST, bilirubin, prothrombin time)
· Anti-AAV9 (anti-adeno-associated virus serotype 9) antibodies titer ≤ 1:50
· Must not have previously received treatment with Zolgensma
· Must not be receiving concomitant SMA treatment (i.e., Zolgensma, Evrysdi).
· Must plan to receive 30 days of systemic corticosteroids equivalent to oral prednisolone at 1 mg/kg beginning one day prior to treatment with Zolgensma
[bookmark: _Toc225171664]REAUTHORIZATION CRITERIA 
Zolgensma is not eligible for reauthorization as only a single course is allowed per member’s lifetime.
[bookmark: _Toc189906977][bookmark: _Toc225171665][bookmark: bf411eb6-39fd-4766-b04d-3f0de901e5e4]Approval Durations
	Initial Authorization 
	One-time approval per lifetime

	Reauthorization 
	N/A (only indicated for one-time use)


[bookmark: da639a29-a55e-49c4-8655-0f6eeb953c05][bookmark: _Toc225171666]Coding and Standards
[bookmark: df230bdd-98a3-4ba3-ae44-f9f8a8a15815][bookmark: _Toc225171667][bookmark: _Codes_(Table_below][bookmark: 8fb7bbad-f1f4-459f-87b7-b715a62bbcef]Codes 
	Code 
	Brand 
	Description 

	J3399
	ZOLGENSMA
	INJECTION, ONASEMNOGENE ABEPARVOVEC-XIOI, PER TREATMENT, UP TO 5X10Λ15


[bookmark: _Toc225171668]Applicable Lines of Business
	☐
	CHIP (Children’s Health Insurance Program)

	☐
	Commercial

	☐
	Exchange/Marketplace

	☒
	Medicaid

	☐
	Medicare Advantage


[bookmark: bbdd6af5-83c0-477d-9a0b-290b2e0bb618][bookmark: _Toc225171669]Background
[bookmark: c8f46071-6a85-41b8-910e-ee88343077c4]Zolgensma® (onasemnogene abeparvovec) is indicated for the treatment of pediatric patients younger than age 2 with spinal muscular atrophy (SMA) with bi-allelic mutations in the survival motor neuron 1 (SMN1) gene.
[bookmark: _Toc189738351][bookmark: _Toc225171670]Definitions
Spinal Muscular Atrophy (SMA) – an autosomal recessive neuromuscular disease characterized by degeneration of the motor neurons in the anterior horn of the spinal cord, resulting in atrophy of the voluntary muscles of the limbs and trunk. Despite being a rare disease, SMA is a leading genetic cause of infant mortality and a major cause of childhood morbidity. It is attributed to deletions or mutations in the SMN1 gene (chromosome 5q13), causing insufficient expression of survival motor neuron (SMN) protein. The lack of SMN protein appears to result in dysfunction and eventual death of motor neurons. SMA can present clinically at any time from in utero to adulthood with gross motor function deficits, muscle weakness, and pulmonary disease due to neuromuscular weakness. Common complications include difficulty feeding, swallowing, failure to thrive, loss of ambulation, scoliosis, joint contracture, pulmonary disease, and death.
Spinal Muscular Atrophy Types I, II, III – Type I manifests around or before the patient is 6 months old. The presentation may include: hypotonia, unable to control head movement, unable to sit without assistance. Type II has an onset between 6 to 18 months. Patients are generally able to sit independently. The ability to walk is usually not achieved without assistance. Type III manifests after the patient is 18 months old or older. Patients may be able to walk without assistance or lose the ability to walk. 
[bookmark: _Toc225171671]Policy History
	Date
	Summary

	March 2026
	· Annual review

	March 2022
	· New guideline


[bookmark: 4b512564-b43b-4807-b45a-5748be5b1408][bookmark: _Toc225171672]Legal and Compliance
[bookmark: 04291978-1a0a-4575-ba22-05363952021b][bookmark: _Toc225171673]Guideline Approval
[bookmark: b97fcac7-a717-42a2-b4fe-62c00859e1e4][bookmark: _Toc225171674]Committee
Reviewed / Approved by Evolent Administrative Services Medical Policy Committee
[bookmark: 2aca8366-a793-4f5d-9375-d9ccb446b05d][bookmark: _Toc225171675]Disclaimer
Evolent Clinical Guidelines do not constitute medical advice. Treating health care professionals are solely responsible for diagnosis, treatment, and medical advice. Evolent uses Clinical Guidelines in accordance with its contractual obligations to provide utilization management. Coverage for services varies for individual members according to the terms of their health care coverage or government program. Individual members’ health care coverage may not utilize some Evolent Clinical Guidelines. Evolent clinical guidelines contain guidance that requires prior authorization and service limitations. A list of procedure codes, services or drugs may not be all inclusive and does not imply that a service or drug is a covered or non-covered service or drug. Evolent reserves the right to review and update this Clinical Guideline in its sole discretion. Notice of any changes shall be provided as required by applicable provider agreements and laws or regulations. Members should contact their Plan customer service representative for specific coverage information. 
 
Evolent Clinical Guidelines are comprehensive and inclusive of various procedural applications for each service type. Our guidelines may be used to supplement Medicare criteria when such criteria is not fully established. When Medicare criteria is determined to not be fully established, we only reference the relevant portion of the corresponding Evolent Clinical Guideline that is applicable to the specific service or item requested in order to determine medical necessity.  
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