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Drug Therapy Guidelines 
 

                                                                                              Applicable 

Orkambi® (lumacaftor/ivacaftor) 

Medical Benefit  Effective: 12/5/22 

Pharmacy- Formulary 1 x Next Review:  12/23 

Pharmacy- Formulary 2 x Date of Origin: 1/1/16 

Pharmacy- Formulary 3/Exclusive x Review Dates: 9/15, 12/15, 12/16, 12/17, 12/18, 12/19, 12/20, 

12/21, 10/22 Pharmacy- Formulary 4/AON x 

 

I. Medication Description 

 
Orkambi® (lumacaftor/ivacaftor) is an ion channel modulator of the cystic fibrosis transmembrane conductance 
regulator (CFTR) protein, which is a chloride channel present at the surface of epithelial cells in multiple organs.  
Patients with CF have mutations in the CFTR gene.  The F508del  mutation is the most frequent 
genotype in patients with CF; approximately 45% of CF patients are homozygous for this allele.  The F508del 
mutation results in lower quantities of CFTR at the cell surface. Orkambi® aims to correct the defect of chloride 
ion transport at the CFTR channel.   Lumacaftor improves stability of F508del-CFTR, allowing more CFTR to the 
cell surface, while Ivacaftor increases the channel-opening of the CFTR protein, allowing better function. 
Together, these agents increase forced expiratory volume (FEV1), reduce pulmonary exacerbation rates, and 
decrease sweat chloride concentrations in patients with CF.  Orkambi® should not be used in patients other than 
those who have two copies of the F50del mutation in their CFTR gene.  
 

Position Statement 

 

Coverage is determined through a prior authorization process with supporting clinical documentation for every 

request.  

 

III. Policy 

 

Coverage for Orkambi is provided for the treatment of cystic fibrosis where the following criteria are met: 

• Member is at least 1 year old AND 

• Documentation confirming member is homozygous for the F508del mutation in the CFTR gene is 
provided. 
 

IV. Quantity Limitations 

 

 112 tablets every 4 weeks are covered: 

• For members  6 to 11 years: Orkambi (lumacaftor/ivacaftor) 100 mg/125 mg tablet 

• For members  12 years and older: Orkambi (lumacaftor/ivacaftor) 200 mg/125 mg tablet 

56 packets of oral granules every 4 weeks are covered: 

• For members 2 to 5 years weighing 14kg or more: Orkambi (lumacaftor/ivacaftor) 150mg/188mg packet 

of oral granules 

• For members 2 to 5 years weighing less than 14kg: Orkambi (lumacaftor/ivacaftor) 100mg/125mg 

packet of oral granules 
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V. Coverage Duration 

 

 Coverage is provided for 12 months and may be renewed. 

 

VI. Coverage Renewal Criteria 

 

 Coverage can be renewed based upon the following criteria: 

• Documentation of clinical benefit, such as improvement of lung function over baseline AND 

• Absence of unacceptable toxicity from the drug 
 

VII. Billing/Coding Information 

 

Available as Orkambi (lumacaftor /ivacaftor):  

• 100mg/125mg tablet  

• 200mg/125mg tablet 

• 100mg/125mg packets of oral granules 

• 150mg/188mg packets of oral granules 
 

VIII. Summary of Policy Changes 

 

• 12/15/15: new policy 

• 3/15/16: no policy changes 

• 10/7/16: coverage for children 6 to 11 years old and new strength tablets added (100 mg/125 mg); quantity 

limitations adjusted accordingly. 

• 1/1/17: no policy changes 

• 1/1/18: no policy changes 

• 2/15/19: coverage added for children 2 years and older; new granule dosage form added; quantity limits 

adjusted accordingly 

• 1/30/20: no policy changes 

• 2/26/21: no policy changes 

• 3/7/22: no policy changes 

• 12/5/22: lowered age limit to 1 year based on FDA label update 
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The Plan fully expects that only appropriate and medically necessary services will be rendered.  The Plan reserves the right to conduct pre-payment and post-payment 

reviews to assess the medical appropriateness of the above-referenced therapies.  
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The preceding policy applies only to members for whom the above named pharmacy benefit medications are included on their covered formulary.  Members with 

closed formulary benefits are subject to trying all appropriate formulary alternatives before a coverage exception for a non-formulary medication will be considered.   

 

The preceding policy is a guideline to allow for coverage of the pertinent medication/product, and is not meant to serve as a clinical practice guideline. 

 


