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Niemann-Pick Disease Type C (NPC) 
 

Aqneursa (levacetylleucine) for oral suspension 
Miplyffa (arimoclomol) oral capsules  

 
 
POLICY 

 
I. INDICATIONS 

 
The indications below including FDA-approved indications and compendial uses are considered a 
covered benefit provided that all the approval criteria are met, and the member has no exclusions to 
the prescribed therapy. 
 
FDA-Approved Indications 
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. 
 
Aqneursa is indicated for the treatment of neurological manifestations of Niemann-Pick disease type 
C (NPC) in adults and pediatric patients weighing ≥15 kg 

 
All other indications are considered experimental/investigational and not medically necessary. 

 
 

II. CRITERIA FOR INITIAL APPROVAL 
 

Niemann-Pick disease type C (NPC) 
Authorization of the requested drug for 6 months may be granted for treatment of Niemann-Pick 
disease, type C when all of the following criteria are met: 
A. Documentation (e.g., chart notes) of 5-domain NPC clinical severity scale (NPCCSS) assessment 

to establish baseline score. 
B. Documentation that the diagnosis is confirmed by one of the following: 

a. Genetically confirmed variant in both alleles of NPC1 or NPC2. 
b. Mutation in only one allele of NPC1 or NPC2 plus either positive filipin staining or 

elevated cholestane-triol level (>2 times the upper limit of normal). 
C. Medical records (e.g., chart notes) documenting that member has neurological manifestations of 

disease (e.g., loss of fine motor skills, swallowing, speech, ambulation). 
D. Stable on miglustat (e.g., Opfolda) for 6 months except if not recommended (i.e., if patient has 

advanced neurological disease and/or dementia, early-infantile NPC, or has spleen/liver 
enlargement only). 

E. Member has the ability to walk either independently or with assistance. 
F. This medication must be prescribed by or in consultation with an endocrinologist, geneticist, 

neurologist or physician who specializes in the treatment of metabolic disease and/or lysosomal 
storage disorders. 

G. If request is for Aqneursa: 
a. Member is 4 years of age to 64 years of age. 
b. Documentation that member weighs ≥ 15 kg and prescribed dose is in accordance with 

FDA-approved labeling based on current weight. 
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c. The requested medication will not be used in combination with Miplyffa (arimoclomol) 
for the treatment of neurological manifestations of Niemann-Pick disease type C. 

H. If request is for Miplyffa: 
a. Member is 2 to 19 years of age. 
b. Member does NOT have adult-onset Niemann-Pick disease type C 

Note: Adult-onset NPC is defined as the age of the first neurological symptom occurring 
> 15 years of age 

c. Documentation of current weight and prescribed dose is in accordance with FDA-
approved labeling. 

d. The requested medication will be used in combination with miglustat (e.g., Opfolda) 
e. The requested medication will not be used in combination with Aqneursa 

(levacetylleucine) for the treatment of neurological manifestations of Niemann-Pick 
disease type C. 

 
 

III. CONTINUATION OF THERAPY 
 
Authorization of 6 months may be granted for continued treatment in members requesting 
reauthorization for the treatment of Niemann-Pick disease type C when all of the following criteria are 
met: 
A. Member meets the criteria for initial approval. 
B. Documentation that member is experiencing benefit from therapy (e.g., stabilization or 

improvement in 5-domain NPCCSS score, fine motor skills, swallowing, speech, ambulation). 
 

 
IV. QUANTITY LIMIT  

 
Miplyffa 47 mg, 62 mg, 93 mg, 124 mg capsules have a quantity limit of 3 capsules per day.  
 
Aqneursa 1 g unit dose packets have a quantity limit of 4 packets per day. 

 

Drug Recommended Dosage 

Miplyffa 

Based on actual body weight*: 

• 8 kg to 15 kg - 47 mg three times a day 

• > 15 kg to 30 kg - 62 mg three times a day 

• > 30 kg to 55 kg - 93 mg three times a day 

• > 55 kg - 124 mg three times a day 
Note: For patients with an eGFR ≥ 15 to < 50 mL/minute, 
reduce the frequency to two times daily 

Aqneursa 

Based on actual body weight: 

• 15 kg to <25 kg - 1 g twice daily 

• 25 kg to <35 kg - 1 g three times daily 

• 35 kg or more - 2 g in the morning, 1 g in the afternoon, 
and 1 g in the evening 

*refer to prescribing information for oral or G-Tube administration instructions for patients 
who have difficulty swallowing capsules 
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VI. APPENDIX 
 

5- domain NPC clinical severity scale (NPCCSS) assessment 

Adapted from Patterson et al. 
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