
   

  

 

 

 

Dear P&T Committee: 

 

On behalf of patients and families with cystic fibrosis (CF), we write to recommend 

that Iowa Medicaid classify lumacaftor/ivacaftor (Orkambi™) on the preferred drug list (PDL) 

for all cystic fibrosis patients age 12 years and older who have two copies of the F508del 

mutation in the CF gene per the Food and Drug Administration’s (FDA) approved label and to 

recommend open access to all pancreatic enzyme replacement therapies (PERTs) for people 

with CF. 

 

Orkambi 

 For people with this particular mutation, Orkambi targets the underlying cause of 

cystic fibrosis rather than addressing the symptoms and clinical manifestations . This can in 

turn prevent permanent, irreversible lung damage that currently characterizes the disease.  

 

Cystic fibrosis is caused by genetic mutations that result in the malfunction of a 

protein known as the cystic fibrosis transmembrane conductance regulator (CFTR).  

Decreased CFTR function causes irreversible damage and the associated symptoms of cystic 

fibrosis and leads to early death, usually by respiratory failure. 

Treatment options for this rare, life-threatening disease are extremely limited. 

 

Orkambi is the only FDA-approved medication that improves the function of CFTR 

for individuals with the F508del mutation. Restricted access to life-saving therapies could 

result in severe and avoidable health consequences for CF patients. People with cystic fibrosis 

have a fundamental medical need for increased CFTR protein function. Symptomatic therapies 

such as inhaled antibiotics and hypertonic saline are intended to aid in clearing mucus that 

obstructs the patient’s airways, but they do not increase CFTR protein function and therefore 

do not address the underlying cause of cystic fibrosis.  Even when these other therapies are 

partially successful in clearing mucus from the airways, CF patients still require timely access 

to an appropriate CFTR modulator. 

 

The fixed dose combination therapy of lumacaftor and ivacaftor has been shown to 

immediately improve airway surface liquid properties, reduce airway obstruction, and improve 



deficiencies in non-respiratory organ systems. Evidence show significant improvements in lung 

function (FEV1) as well as trends indicating reductions in the rate of pulmonary exacerbations, 

increased body mass index (BMI), and improvement in patient-reported respiratory outcomes 

(CFQ-R). The totality of efficacy evidence is indicative of overall lumacaftor/ivacaftor-

associated benefits. Initiating treatment with modulators in patients with indicated CFTR 

mutations earlier in the CF disease progression process has greater potential for overall lifetime 

benefit.   

 

Initiating treatment with modulators in patients with the indicated CFTR gene 

mutation earlier in the disease progression process helps to ensure patients have the 

greatest potential for overall lifetime benefit. Appropriate treatment has the potential to slow 

the progressive decline in health and prevent permanent, irreversible organ damage (lung, 

pancreas, etc.) characteristic of cystic fibrosis. It is not medically reasonable or responsible to 

withhold an effective treatment until the patient suffers an irreversible decline in health and 

loss of lung function. 

 

 recommends Iowa Medicaid make lumacaftor/ivacaftor 

available to all patients age 12 and older with two copies of the F508del mutation when the 

patient’s treating physician determines it is medically necessary and appropriate to begin 

the therapy. 

 

Pancreatic Enzyme Therapy 

Additionally, we would like second the Committee’s recommendation to add 

Pertzye to the PDL, as approximately 90 percent of CF patients have pancreatic 

insufficiency. These patients require lifelong pancreatic enzyme replacement therapy 

(PERT) with each meal and snack to prevent abdominal distress and malabsorpt ion of 

calories and nutrients. This is a life-sustaining therapy — nutritional status is closely 

linked to pulmonary function and survival. 

 

Limiting patient choice for enzymes will compound the health difficulties already 

experienced by people with cystic fibrosis, as well as any others who rely on pancreatic 

enzymes for their medical treatment. CF care providers are adept at understanding the 

complexities of this disease. We urge you to provide access to all pancreatic enzyme 

therapies for people with cystic fibrosis as prescribed by their physician.   
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