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May 18, 2015 

 

Roger A. Citron, RPh 

OSU-College of Pharmacy 

Drug Use Research & Management  

OHA Division of Medical Assistance Programs 

500 Summer Street NE, E35 

Salem, OR 97301-1079 

   

 Dear Mr. Citron,  

 

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

that the Oregon Health Authority provide coverage on the preferred drug list (PDL) for ivacaftor 

(Kalydeco®) for all patients with the gene mutations that have been approved by the FDA, 

including children age 2-5 years per the FDA’s recently approved label expansion. As a 

recognized expert in CF, the Cystic Fibrosis Foundation accredits 115 care centers and 60 

affiliate programs nationally that provide treatment and care in accordance with evidence-based, 

systematically reviewed clinical practice guidelines. Ivacaftor is like no other drug available to 

people with cystic fibrosis as it is the only therapy that targets the underlying cause of the 

disease. 

 

As you know, cystic fibrosis is caused by a genetic mutation resulting in the malfunction 

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

malfunction of CFTR causes the symptoms of cystic fibrosis and leads to a progressive decline 

in lung function of 1-3% per year and ultimately premature death, most commonly as a result of 

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

and restricted access to FDA-approved treatments could result in a severe decline in health and 

quality of life. 

 

Initiation of ivacaftor treatment at an early age provides the greatest potential for an 

enduring health benefit and extended quality of life because evidence of the beginnings of CF-

related damage to the lungs have been observed in CF children studied within the first year of 

their lives, including air trapping, bronchial wall thickening, obstruction, and bronchiectasis 

(Kraemer, et al. Pediatr Res. 1998;44:920; Kraemer, et al. Respiration 2000;67:477; Sly et al., et 

al. Am J Respir Crit Care Med 2009;180:146; Hall, et al. PLoS One. 2011;6:e23932). The 

ivacaftor label expansion to children age 2-5 years old presents an opportunity to preserve health 

and lung function in these individuals and significantly slow the progression of the disease. 

While there are currently other respiratory therapies that are beneficial to patients with 

respiratory symptoms, they do not and cannot meet the patient’s fundamental medical need 

prevention of damage by correction or potentiation of mutant CFTR protein. By preserving lung 

function in children with FDA-indicated CFTR mutations, ivacaftor can mitigate disease 

progression and may keep young people from experiencing costly hospitalizations, declining 

health status, and deteriorating quality of life. It is not medically reasonable or responsible to 
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withhold an effective treatment until the patient suffers a decline in health and loss of lung 

function.   

  

The CF Foundation recommends that Oregon Medicaid make ivacaftor available to all 

patients who are two years of age and older who have one of the mutations in the CFTR gene 

indicated on the FDA label (i.e. G551D, G178R, S549N, S549R, G551S, G1244E, S1251N, 

S1255P, G1349D and R117H) when the patient’s treating physician determines it is medically 

necessary and appropriate to begin the therapy. 

 

Please contact Jackie Erdo, Policy Manager, at jerdo@cff.org or 301-841-2628 should you have 

questions, concerns, or require further information.   

 

Sincerely, 

 

     
Bruce C. Marshall, M.D.    Mary Dwight 

Senior Vice President of Clinical Affairs  Senior Vice President for Policy & 

       CF Community Affairs 

  

mailto:jerdo@cff.org
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