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PHARMACY POLICY STATEMENT

HAP CareSource™ Marketplace

DRUG NAME Lenmeldy (atidarsagene autotemcel)
BENEFIT TYPE Medical
STATUS Prior Authorization Required

Lenmeldy, approved by the FDA in 2024, is an autologous hematopoietic stem cell-based gene therapy
indicated for the treatment of children with pre-symptomatic late infantile (PSLI), pre-symptomatic early
juvenile (PSEJ) or early symptomatic early juvenile (ESEJ) metachromatic leukodystrophy (MLD).

MLD is a rare, progressive genetic lysosomal storage disorder caused by insufficient enzymatic activity of
arylsulfatase A (ARSA). This leads to accumulation of sulfatides, resulting in dysfunction and destruction of
the myelin sheaths of the central and peripheral nervous systems, with consequential deterioration of
neurodevelopment and neurocognition. Most cases are due to mutations in the ARSA gene. The 3 subtypes
of MLD are late infantile (LI), juvenile, and adult. LI is the most common and most severe.

Lenmeldy is a gene therapy consisting of autologous CD34+ cells, containing hematopoietic stem cells
(HSCs), transduced with a lentiviral vector (LVV) encoding the ARSA gene. One-time administration adds
functional copies of ARSA gene into the child’s own HSCs to produce ARSA enzyme to breakdown or prevent
harmful accumulation of sulfatides, aiming to preserve motor and cognitive functions, slow demyelination, and
extend survival.

Lenmeldy (atidarsagene autotemcel) will be considered for coverage when the
following criteria are met:

For initial authorization:
1. Medication must be prescribed by or in consultation with a neurologist, metabolic specialist, or
medical geneticist; AND
2. Member has a documented diagnosis of one of the following:
a) Pre-symptomatic late infantile (PSLI) MLD: expected disease onset at 30 or fewer months of age
AND absence of neurological signs and symptoms of MLD, or
b) Pre-symptomatic early juvenile (PSEJ) MLD: expected disease onset >30 months and <7 years of
age AND absence of neurological signs and symptoms of MLD or physical exam findings limited to
abnormal reflexes and/or clonus, or
c) Early symptomatic early juvenile (ESEJ) MLD: disease onset >30 months and <7 years of age
AND walking independently as defined by a gross motor function classification for MLD (GMFC-
MLD) level 22 AND an 1Q of 85 or greater (GMFC and IQ results must be submitted); AND
3. Member has lab results that show ARSA activity below the normal range; AND

4. Member has genetic testing results that show two disease-causing ARSA alleles (for LI-MLD or EJ-
MLD); AND
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Member has documentation of negative screening results for all of the following: hepatitis B virus
(HBV), hepatitis C virus (HCV), human T-lymphotrophic virus 1 & 2 (HTLV-1/HTLV-2), human
immunodeficiency virus 1 & 2 (HIV-1/HIV-2), cytomegalovirus (CMV), mycoplasma infection.
Dosage allowed/Quantity limit: A single dose for infusion containing a suspension of CD34+ cells in
one to eight infusion bags, based on weight and disease subtype.

Table 1: Minimum and Maximum Recommended Dose of LENMELDY

MLD Subtype Minimum Recommended Dose | Maximum Recommended Dose
(CD34" cells/kg) (CD34" cells/kg)

Pre-symptomatic late infantile 42x10° 30x 10°

Pre-symptomatic early juvenile 9x 10° 30 x 10°

Early symptomatic early juvenile 6.6 x 10° 30x 108

If all the above requirements are met, the medication will be approved for 3 months.

For reauthorization:

1.

Lenmeldy will not be reauthorized.

HAP CareSource considers Lenmeldy (atidarsagene autotemcel) not medically
necessary for the treatment of conditions that are not listed in this document.
For any other indication, please refer to the Off-Label policy.

New policy for Lenmeldy created.
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