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Miplyffa 
 

Description 
 

Miplyffa (arimoclomol) 

 
Background 

Niemann-Pick disease Type C (NPC) is a rare progressive genetic disorder characterized by an 

inability of the body to transport cholesterol and other fatty substances inside of cells. This leads 

to the abnormal accumulation of these substances within various tissues of the body, including 

brain tissue, and can damage the affected area, which may lead to neurological manifestations. 

Neurological manifestations include seizures, dysphagia, cataplexy, dystonia, tremors, sleep 

disturbances, and psychiatric conditions (depression, obsessive compulsive disorder, bipolar 

disorder, hallucinations). Most cases of NPC are detected during childhood and progress to cause 

life-threatening complications by the second or third decade of life. NPC is caused by mutations in 

the NPC1 gene (NPC type 1C) or the NPC2 gene (NPC type 2C) and is inherited in the autosomal 

recessive manner (1).  

The mechanism by which Miplyffa exerts its clinical effects in patients with NPC is unknown. 

Miplyffa is an inhibitor of organic cationic transporter 2 (OCT2) (2). 

 

Regulatory Status 

FDA-approved indication: Miplyffa is indicated for use in combination with miglustat for the 

treatment of neurological manifestations of Niemann-Pick disease type C (NPC) in adult and 

pediatric patients 2 years of age and older (2). 
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Miplyffa contains warnings regarding hypersensitivity reactions and increased creatinine without 

affected glomerular function (2). 

 

Miplyffa may cause embryofetal toxicity. Pregnant females should be advised of the potential 

risk to the fetus. Pregnancy planning and prevention should be considered for females of 

reproductive potential (2). 

 

The safety and effectiveness of Miplyffa in pediatric patients less than 2 years of age have not 

been established (2). 

 

Related policies 

Aqneursa 

Policy 

This policy statement applies to clinical review performed for pre-service (Prior Approval, 
Precertification, Advanced Benefit Determination, etc.) and/or post-service claims. 
 
Miplyffa may be considered medically necessary if the conditions indicated below are met. 

 

Miplyffa may be considered investigational for all other indications.  

 

 

Prior-Approval Requirements 
 
Age 2 years of age or older 

 

Diagnosis 

 

Patient must have the following: 

 

Niemann-Pick disease type C (NPC) 

 

AND ALL the following: 

1. NPC diagnosis confirmed by genetic testing identifying disease causing variants 

in the NPC1 or NPC2 genes 

2. Miplyffa is being used for the neurological manifestations of NPC 

3. Used in combination with miglustat 

4. Prescriber agrees to monitor for hypersensitivity reactions and increased 

creatinine 

http://blueweb.bcbs.com/global_assets/special_content/medical_policy/policymanual/contents.html#sect_01
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Prior–Approval Renewal Requirements 
 
Age 2 years of age or older 

 

Diagnosis 

 

Patient must have the following: 

 

Niemann-Pick disease type C (NPC) 

 

AND ALL of the following: 

1. Neurological manifestations have improved or stabilized  

2. Used in combination with miglustat 

3. Prescriber agrees to monitor for hypersensitivity reactions and increased 

creatinine 

 
Policy Guidelines 

Pre - PA Allowance 
None 

 

Prior - Approval Limits 
 

Quantity 372 mg per day 

 

Duration  2 years 

 

Prior–Approval Renewal Limits 
Same as above 
 

Rationale 

 
Summary  

Miplyffa is indicated for use in combination with miglustat for the treatment of neurological 

manifestations of Niemann-Pick disease type C (NPC). Miplyffa contains warnings regarding 

hypersensitivity reactions, embryofetal toxicity, and increased creatinine. The safety and 

http://blueweb.bcbs.com/global_assets/special_content/medical_policy/policymanual/contents.html#sect_01
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effectiveness of Miplyffa in pediatric patients less than 2 years of age have not been established 

(2). 

 

Prior approval is required to ensure the safe, clinically appropriate, and cost-effective use of 

Miplyffa while maintaining optimal therapeutic outcomes. 
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