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What was your research question? 
Ivacaftor (Kalydeco™) improves lung function in people with certain types of cystic fibrosis 
(CF). The drug was successful in clinical trials. Therefore, it is now available for general use 
within the CF clinic. In a real world study of individuals starting ivacaftor we investigated 
whether this treatment also helped gullet (oesophagus) problems that are known to affect 
the lives of people with CF. 

 
Why is this important? 
CF is a disease which affects the lungs and digestive system, and symptoms of both are a 
burden. People with CF frequently have reflux symptoms, known to occur when fluid from 
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the stomach goes back up the gullet the wrong way. Reflux symptoms include cough and 
sore throat. Reflux has been linked to worsening lung function.  
Ivacaftor treatment corrects the effects of the genetic problem seen in about 5% of people 
with CF, but this has mostly been shown in carefully managed clinical trials that measured 
lung function and weight gain. It is therefore important to know how treatments work in 
everyday use, and whether an improvement in reflux symptoms occurs with ivacaftor.  

 
What did you do? 
We studied gullet and reflux symptoms in 12 individuals from a CF clinic before and after 
sustained treatment with ivacaftor. We obtained data for a year after ivacaftor treatment 
was started and changes in symptoms of reflux were measured by interviewing the 12 
individuals. Sweat salt chloride levels, lung function and weight gain were also measured, to 
see whether typical problems associated with CF were improving. 

 
What did you find? 
Our results, in real life, agreed with previous carefully managed trials; the CF participants 
involved gained weight and lung function. Sweat salt chloride changes indicated that the 
treatment had reduced the effects of the defective CF gene. Participants also reported a 
long-term improvement of reflux symptoms, benefits that have not been previously shown. 

 
What does this mean and reasons for caution? 
Our study means that ivacaftor treatment is beneficial for those people with CF with 
symptoms of reflux and problems in the gullet, which are known to be troublesome. We 
have also shown that such real life studies are possible and informative in CF clinics. 
Ivacaftor treatment is long term, so longer studies in larger groups of people are needed. 
We could only report on the individual’s experience of symptoms in the gullet, but other 
measurements would also be useful. 

 
What’s next? 
This is the first time that ivacaftor has been shown to reduce reflux symptoms in the gullet. 
Further, longer-term work is therefore required. As we measure lung health in people with 
CF we need to measure digestive health; building on the multi-disciplinary health care team 
approach known to help people with CF.  
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Original manuscript citation in PubMed 
http://www.ncbi.nlm.nih.gov/pubmed/?term=Ivacaftor+and+symptoms+of+extra-
oesophageal+reflux+in+patients+with+cystic+fibrosis+and+G551D+mutation 
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