Letter of Appeal Template for ISEMBYLDTM (apitegromab-mstn)
For use by Healthcare Providers



About This Letter Template
The following pages provide a Letter of Appeal template that may be customized to craft an appeal if treatment for ISEMBYLD is denied by your patient’s health plan. 

Sections of this template appear in [bold green brackets] to indicate guidance or areas where patient‑specific information should be entered. Please replace the bracketed text with the relevant clinical details for your patient. Any sections that are not applicable to your patient should be removed. If available, please include the patient’s testimonial or letter of appeal with your submission.

It’s important to provide information that directly addresses the reason(s) for denial cited in the denial letter and include relevant supporting documentation (such as medical records or assessments), if required by the health plan.

This letter template is provided for informational purposes only and is intended to offer example language that may be helpful when responding to a denial from a patient’s health plan. Use of this template does not constitute medical or legal advice, does not guarantee coverage or reimbursement, and is not intended to replace or influence the independent clinical judgment of the prescribing healthcare professional.

INDICATION & IMPORTANT SAFETY INFORMATION

INDICATION
ISEMBYLD (apitegromab-mstn) is indicated for the treatment of spinal muscular atrophy (SMA) in adults and pediatric patients 2 years of age and older who are currently receiving a survival motor neuron 2 (SMN2)-targeted treatment.

IMPORTANT SAFETY INFORMATION

WARNINGS AND PRECAUTIONS 
Fractures 
ISEMBYLD may increase the risk of fractures, including serious fractures. Use with caution in patients with a history of low bone density or multiple fractures. In patients who experience fractures, weigh the risks and benefits of continuing ISEMBYLD. 

ADVERSE REACTIONS 
The most common adverse reactions (incidence ≥20% of patients treated with ISEMBYLD and more frequent than placebo) were upper respiratory tract infections, vomiting, cough, other viral infections, headache, gastroenteritis,  pharyngitis, and hypersensitivity. 

USE IN SPECIFIC POPULATIONS 

Pregnancy and Lactation 
Based on animal data, ISEMBYLD may cause fetal harm. There are no adequate data on the developmental risk associated with the use of ISEMBYLD in pregnant women. 

There are no data on the presence of ISEMBYLD in human milk, the effects on the breastfed infant, or the effects of the drug on milk production. The developmental and health benefits of breastfeeding should be considered along with the mother’s clinical need for ISEMBYLD, and any potential adverse effects on the breastfed infant. 

Females and Males of Reproductive Potential 
Based on animal data, ISEMBYLD may affect male and/or female reproductive function. 

Please see full Prescribing Information.


[image: ]
Scholar Rock © 2026. All rights reserved. 
ISEMBYLD is a trademark of Scholar Rock.
US-APIT-0144 09/26
[Date] 

Patient Name: [Patient’s Full Name]
Patient Date of Birth: [Patient’s Date of Birth]
Member/Subscriber Name: [Member’s/Subscriber’s Full name]
Member/Subscriber ID: [Member’s/Subscriber’s ID Number]
Case number: [Case # (if known)]

RE: Appeal for Denial of ISEMBYLDTM (apitegromab-mstn) Prior Authorization

To whom it may concern:

I am writing on behalf of my patient, [patient’s full name], to appeal the denial of the prior authorization request for ISEMBYLD, a Food and Drug Administration (FDA)-approved treatment for Spinal Muscular Atrophy (SMA) in adults and pediatric patients 2 years of age and older who are currently receiving a survival motor neuron 2 (SMN2)-targeted treatment. ISEMBYLD was approved as part of a dual modality treatment approach for SMA.

Coverage for ISEMBYLD was denied due to [quote specific reason(s) for denial as stated in the denial letter] as stated in the denial letter dated [date of denial letter]. Below, I provide the relevant information requested by the health plan and outline my clinical rationale supporting the medical necessity of this treatment.
[Select the appropriate denial reason and remove any non‑applicable reasons before finalizing the letter.]
[If denial reason is related to missing required information or documentation:] 
Please see below for required information: [Include as applicable from the denial reason: age, genetic confirmation, SMN2 copy number, diagnosis code, age at diagnosis, ventilation status, ambulatory status, prescriber specialty, baseline motor function assessments, prior and current SMA treatments, including duration and response.]

[If denial reason is related to SMA Type outside of Type 2 or Type 3:] 
ISEMBYLD is FDA-approved for the treatment of SMA in adults and pediatric patients 2 years of age and older who are currently receiving an SMN2-targeted treatment. The phase III pivotal trial for ISEMBYLD enrolled patients with SMA Type 2 or Type 3 as part of the study design to evaluate safety and efficacy. Treatment decisions for individual patients are based on the provider's assessment of the patient’s clinical characteristics and treatment history.

[If denial reason is related to age >21 years old:] 
The FDA-approved indication does not specify an upper age limit and includes adults and pediatric patients 2 years of age and older who are currently receiving an SMN2‑targeted treatment.

[If denial reason is related to insufficient length of time on SMN2-targeted treatment:] 
The FDA-approved indication for ISEMBYLD is patients 2 years of age and older with SMA who are currently receiving an SMN2-targeted treatment. Treatment decisions for individual patients are based on the provider's assessment of the patient's clinical characteristics and treatment history.

In addition, per the Spinal Muscular Atrophy Update in Best Practices: Recommendations for Treatment Considerations (2025),a urgent indications to consider changing an SMN-enhancing treatment plan outside of a 6-12 month assessment period include [(include as relevant for your patient) the patient presents with significant disease progression as determined by the HCP and patient/caregiver, loss of motor milestone(s) in an infant/young child, significant side effects or intolerance to medication not acceptable to patient or HCP, and/or intolerance to medication administration route].

[If denial reason is related to general lack of medical necessity or deemed experimental and/or investigational:]
ISEMBYLD is an FDA-approved treatment for SMA in adults and pediatric patients 2 years of age and older who are currently receiving a survival motor neuron 2 (SMN2)-targeted treatment. ISEMBYLD was evaluated in SAPPHIRE, a Phase 3, randomized, double-blind, placebo-controlled, multicenter clinical trial of ISEMBYLD in patients aged 2-21 years with SMA (n=188) who were receiving an SMN2-targeted treatment (nusinersen or risdiplam). In SAPPHIRE, ISEMBYLD demonstrated clinically meaningful improvements in motor function compared to placebo in patients aged 2-12 years, as measured by the validated, disease-specific Hammersmith Functional Motor Scale Expanded (HFMSE) assessment. A consistent trend in efficacy was observed across patients aged 2-12 and 13-21 who enrolled in the study. ISEMBYLD has a distinct mechanism of action that directly targets the muscle to help address this essential aspect of SMA pathophysiology not directly addressed by SMN2-targeted treatments.

SMA is a progressive disease. Per the Spinal Muscular Atrophy Update in Best Practices: Recommendations for Treatment Considerations (2025),a SMN-enhancing therapy outcome expectations include slowing disease progression, which may present clinically as slower rates of functional decline (as evaluated by longitudinal assessments), no change, restoring some function, or increased function.

[While SMN2‑targeted treatments support motor neuron survival, many patients experience plateauing or continued loss of motor function over time (describe observed stabilization, plateau, or decline in motor abilities despite ongoing SMN2‑targeted treatment). These patients may also experience clinically meaningful disease burden that may not be fully captured by standard motor function assessments (describe SMA impacts on other areas of the patient’s life.)] 

[For adolescent and adult patients with SMA, per the Spinal Muscular Atrophy Update in Best Practices: Recommendations for Treatment Considerations (2025),a factors that guide SMN-enhancing treatment decisions include: [(as relevant for your patient) treatment intolerance, quality of life, benefit vs burden, treatment side effects, loss of functionality, reproductive concerns (male or female), pregnancy, disease progression despite treatment, patient perspective (tired, burnt out).]]

Without access to ISEMBYLD, I am concerned that my patient will experience [describe adverse impact], despite ongoing SMN2‑targeted treatment. Timely access to ISEMBYLD is therefore [important/critical] to appropriately address the patient’s current and future clinical needs.

I believe that treatment with ISEMBYLD is appropriate and medically necessary for my patient, and I respectfully request this denial to be overturned and coverage for ISEMBYLD approved. 

I have enclosed additional documentation to further support the medical necessity of ISEMBYLD. In the event that this request is not approved based on my attestation/documentation provided, I request a peer-to-peer review prior to a final determination. My office can be contacted at [contact information] if additional information is required to act favorably and timely on this request.

Sincerely,
[Physician name]

Enclosures (if applicable): [relevant documentation required by the health plan, such as patient medical records, including motor function assessments, etc., ISEMBYLD Prescribing Information, FDA Approval Letter, patient testimonial/letter, supporting references] 

aSpinal Muscular Atrophy Update in Best Practices: Recommendations for Treatment Considerations (2025) is a reference to the following article: Schroth MK, Deans J, Bharucha Goebel DX, et al. Spinal muscular atrophy update in best practices: recommendations for treatment considerations. Neurol Clin Pract. 2025;15:e200374. https://pmc.ncbi.nlm.nih.gov/articles/PMC11464225/

[Supporting references that may be considered:
SMA unmet needs despite current SMN2-targeted treatments:
· Parsons JA, Land N, Maravic MC, et al. Remaining burden of spinal muscular atrophy among treated patients: a survey of patients and caregivers. Ann Clin Transl Neurol. 2025;12(10):2020-2035.
https://doi.org/10.1002/acn3.70132   
· Schroth MK, Deans J, Bharucha Goebel DX, et al. Spinal muscular atrophy update in best practices: recommendations for treatment considerations. Neurol Clin Pract. 2025;15:e200374. https://pmc.ncbi.nlm.nih.gov/articles/PMC11464225/  

ISEMBYLD clinical efficacy and safety profile:
· ISEMBYLD Prescribing Information. Scholar Rock, Inc.; 2026.
https://www.scholarrock.com/documents/label/us/ISEMBYLD_PI.pdf 
· Crawford TO, Servais L, Mercuri E, et al. Safety and efficacy of apitegromab in nonambulatory type 2 or type 3 spinal muscular atrophy (SAPPHIRE): a phase 3, double-blind, randomised, placebo-controlled trial. Lancet Neurol. 2025;24(9):727-739.
https://www.thelancet.com/journals/laneur/article/PIIS1474-4422(25)00225-X/abstract
· Finkel RS, Crawford TO, Darras BT, et al. Advancing treatment of spinal muscular atrophy through inhibition of the myostatin signaling pathway. Expert Rev Neurother. 2026;26(3):211-225
https://doi.org/10.1080/14737175.2026.2621405.]
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