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Drug/Drug Class: Neurofibromatosis Type 1 Clinical Edit 
First Implementation Date: November 19, 2020
Proposed Date: July 14, 2026
Prepared For: MO HealthNet	
Prepared By: MO HealthNet and Conduent	
Criteria Status: Revision of Existing Criteria

Executive Summary 
Purpose: 
Ensure appropriate utilization and control of agents for Neurofibromatosis Type 1 (NF1).
	
Why Issue Selected:
NF1 is a rare, multisystem disorder, primarily involving the skin and peripheral nervous system, caused by a pathogenic variant in the NF1 gene.  Approximately 10,000 to 20,000 children in the United States are estimated to have NF1, or 1 in 2,500 births.  Plexiform neurofibromas (PN) are benign tumors that grow along the length of a nerve and typically change the color and/or texture of overlying skin.  The tumors can be found in any part of the body and are often difficult to remove due to their intertwining with normal tissues and peripheral nerves. PN are present in approximately 25% to 40% of patients with NF1; however, less than 20% will require any intervention for PN during childhood. 

Koselugo® (FDA approved on April 10, 2020) and Gomekli™ (FDA approved on February 11, 2025), are both indicated to treat individuals with NF1 who have symptomatic PN not amenable to complete resection. Both agents are inhibitors of mitogen-activated protein kinase 1 and 2 (MEK1/2) and share other similarities, including route of administration, frequency of administration, dosage based on body surface area, capsule formulation, and adverse effect profile. Due to the high cost, possible adverse events, and specific approved indication, MO HealthNet will impose clinical criteria to ensure appropriate utilization of agents for Neurofibromatosis Type 1 (NF1).

Program-Specific Information: Date Ranges FFS 4-1-2025 to 3-31-2026
	Drug
	Participants
	Claims
	Spend
	Avg Spend Per Claim

	GOMEKLI 1 MG CAPSULE
	-
	0
	-
	-

	GOMEKLI 1 MG TAB SUSP
	-
	0
	-
	-

	GOMEKLI 2 MG CAPSULE
	3
	9
	$284,243.21
	$31,582.58

	KOSELUGO 10 MG CAPSULE
	8
	38
	$398,346.63
	$10,482.81

	KOSELUGO 25 MG CAPSULE
	8
	46
	$832,890.19
	$18,106.31

	KOSELUGO 7.5 MG SPRINKLE CAP
	2
	5
	$24,757.15
	$4,951.43

	KOSELUGO 5 MG SPRINKLE CAP
	1
	9
	$99,300.55
	$11,033.39



Setting & Population 
Drug class for review: Agents for Neurofibromatosis Type 1
Age range: All appropriate MO HealthNet participants aged 2 years or older

Approval Criteria
Initial Therapy:
· Must meet all of the following:
· Prescribed by or in consultation with an oncologist, neurologist, or other specialist familiar with the treated disease state;
· Participant meets the approved indicated age;
· Claim for Gomekli – participant is 2 years of age or older; 
· Claim for Koselugo – participant is 1 year of age or older.
· Documented diagnosis of neurofibromatosis type 1;
· Documentation of inoperable plexiform neurofibromas (PN) defined as a PN that cannot be completely removed without risk for substantial morbidity due to encasement of or close proximity to vital structures, invasiveness, or high vascularity of the PN;
· Documentation of baseline left ventricular ejection fraction (LVEF);
· Documentation of baseline ophthalmic assessment;
· Documentation of baseline CPK level; AND
· Participant (male or female of appropriate age) is utilizing concurrent birth control methods.
· Initial approval period: 1 year

Continuation of Therapy:
· Renewal of prior authorization may be given following documentation of all of the following:
· Ophthalmic examinations for ocular toxicities at least once annually;
· LVEF assessed every 3 months during the first year of treatment and then every 6 months thereafter;
· Recent CPK level; AND
· Documentation of benefit of therapy, examples include:
· Stabilization or reduction in PN size or number of PN; OR
· Improved quality of life.
· Continuation approval period: 1 year

Denial Criteria
Therapy will deny with presence of any of the following:
· Any approval criteria are not met;
· Participant claim history demonstrates concurrent therapy with another MEK1/2 inhibitor indicated for NF1 in the past 25 days;
· Documented severe hepatic impairment (Child-Pugh Class C); 
· Participant is currently pregnant. OR
· Claim exceeds maximum dosing limitations:
	Drug Description
	Generic Equivalent
	Max Dosing Limitation

	KOSELUGO 7.5 MG SPRINKLE CAP
	SELUMETINIB SULFATE
	Deny dosing more frequently than 4/day

	KOSELUGO 5 MG SPRINKLE CAP
	SELUMETINIB SULFATE
	Deny dosing more frequently than 4/day
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Denial: Exception code “0682” (Clinical Edit)
Rule Type: CE
Default Approval Period: 1 year
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