
 

Cystic Fibrosis Canada’s Position Statement on 

CDEC’s Negative Recommendation of ORKAMBITM 

 

Cystic Fibrosis Canada is disappointed with the negative recommendation issued on October 26
th

, 

2016, from the Canadian Agency for Drugs and Technologies in Health (CADTH) - Canadian Drug 

Expert Committee (CDEC) regarding ORKAMBI
TM

. 

  

ORKAMBI™ is the first drug to treat the basic defect in the largest population of people with cystic 

fibrosis (CF), those with two copies of the delF508-CFTR mutation. There are approximately 1,500 

patients in Canada aged 12 years and older who could benefit from ORKAMBI™. 

 

Cystic fibrosis is a progressive disease. Drugs that target the basic defect have the ability to slow that 

progression, allowing patients to live longer, healthier lives. Cystic Fibrosis Canada believes that 

ORKAMBI™ should be accessible to those patients for whom this drug can change, even save, their 

lives.  

 

Although we’ve come a long way in improving health outcomes for Canadians with CF, we have more 

to do.  The median age at death in 2014 was 32 years of age.  

 

Cystic Fibrosis Canada, in collaboration with CF physicians, who are the recognized experts in CF 

care, established a set of clinical criteria using measurements accepted internationally by regulatory 

agencies for clinical trials, to allow continuation on ORKAMBI™ of only those patients that 

demonstrated a clinical benefit. It would appear that CDEC did not believe that CF physicians would 

be able to accurately distinguish between patients who benefit from the drug from those who do 

not.  Further, the report cites a lack of sufficient effectiveness of ORKAMBI™ to justify 

reimbursement. Their report (available in English-only) states the following: 

  

"CDEC noted that the absence of established thresholds for clinically significant changes in the 

clinical parameters that are routinely measured in clinical practice (e.g., ppFEV1) and variability in the 

occurrence and timing of pulmonary exacerbations makes it challenging to define discontinuation 

criteria for LUM/IVA that could be operationalized in a consistent manner across the CADTH 

Common Drug Review (CDR)–participating drug plans.” 

  

However, the report also recognizes that 25% of patients see at least a 5% increase in ppFEV1, and 

one in eight sees an improvement of at least 10% (a similar effectiveness to KALYDECO
®

). This 

means that they accept that the drug will benefit a select number of individuals, but don’t believe 

that the discontinuation of those who do not benefit will work in clinical practice. That is very 

different from saying that the drug isn’t effective. No drug benefits everyone equally. 

 

Cystic Fibrosis Canada believes that the proper recommendation should have been to reimburse 

with conditions, where the conditions include determining a means of discontinuation to the 

satisfaction of the provinces/payors.  

 

https://www.cadth.ca/sites/default/files/cdr/complete/SR0471_complete_Orkambi-Oct-28-16.pdf

