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NEW DEVELOPMENTS 
•  Research and innovation 

•  UK CF Society 

•  NICE guideline development 

•  National lung allocation campaign 



RESEARCH & INNOVATION 

•  136 Patients (aged 12 and above) assigned to either 5ml of nebulised pGM169/GL67A 
(gene therapy) or saline (placebo) at monthly intervals over 1 year.  

•  Patients who received therapy had a significant, if modest benefit in lung function 
compared with those receiving a placebo. After a year of treatment, in the 62 patients who 
received the gene therapy, FEV1 was 3.7% greater compared to placebo. 

•  The trial is the first ever to show that repeated doses of a gene therapy can have a 
meaningful effect on the disease and change the lung function of patients. 



•  Pseudomonal infection in CF: better detection, better understanding, 
better treatment. 
(Imperial College London, University of Amsterdam and Catholic University of 
the Sacred Heart, Rome) 

•  INOVCF: Innovative non-CFTR Approaches for Cystic Fibrosis Therapy. 
(Newcastle University, University of Lisbon, University of Regensburg, 
University of North Carolina and University of Heidelberg) 

•  Tackling Mycobacterium abscessus infection in Cystic Fibrosis 
(University of Cambridge, Sanger Institute and Colorado State University) 

 
•  Personalised engineered cell therapies for cystic fibrosis. 

(University College London, St George’s University of London, University 
College London, University College Cork) 

 



Harnessing data to improve lives (Imperial College London, 
University of Liverpool, University of Nottingham, London School of Hygiene 
and Tropical Medicine, The Hospital for Sick Children, Toronto and Norwich 
Medical School)

Investigating the F508del-CFTR protein (University of 
Bristol, Université de Poitiers, Utrecht University, The University of Manchester 
and University College London)
�

Physical activity, exercise, sport and recreation promotion 
for adolescents with cystic fibrosis  (University of Exeter, University 
College London, Institute of Child Health, La Trobe University, The Hospital for 
Sick Children (Toronto, Canada)Swansea University)



BRITISH CF SOCIETY 
•  Still in its infancy 
•  Created to represent the clinical community involved in 

CF Care (Rudge Report) 
•  Overwhelmingly positive response from clinicians 
•  Aims to provide a unified clinical voice in the UK 



•  In 2015 the DOH requested that NICE “prepare a clinical guideline 
on the diagnosis and management of cystic fibrosis” 

 
•  Committee composed of clinicians from across the UK as well as 

patient and carer representatives. 
 
•  Aims to provide evidence-based guidelines 
 
•  Due to go out to public consultation at the end of 2016, and for 

publication in 2017.



LUNG TRANPLANTATION 



“Hope for more” Campaign 
•  412 days is the average wait for adults on the lung 

transplant list  
•  2 years is the life expectancy for an adult on the 

transplant list who doesn’t receive a transplant  
•  1 in 3 People with cystic fibrosis on the lung transplant 

waiting list will die before receiving a transplant 



“Hope for more” Campaign 
•  Introducing a national lung allocation system. 
•  Increasing the pool of available donor lungs by 

recognising extended criteria organs. 
•  Giving patients the information needed to make 

informed decisions about accepting such organs. 
•  Delivering a model of care that empowers the patient 

population. 



CHALLENGES  
•  Increasing complexity as patients live longer 

•  Increasing size of adult centres 

•  Cost of novel treatments 
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ADULT CENTRE CAPACITY 
•  Main adult centres built at a time when size of adult 

population was static (ie. No. transitioning = no of 
deaths) 

•  Life-expectancy increasing all the time with increasing 
complexity and new treatment options 

•  Many adult centres in UK need to expand or new 
centres need to be created. 

•  Funding challenges – many centres have raised their 
own funds  



COST OF NOVEL TREATMENTS 
•  Ivacafor (Kaleydeco) 

•  Licensed for patients aged 6yrs and over since June 2012 
•  At least 1 copy of the genotype G551  
•  Cost of treatment per year £ 187 000 

  



COST OF NOVEL TREATMENTS 
•  Lumicaftor – Ivacaftor (Orkambi) 

•  Licensed for patients with F508del mutation  
•  In the UK, 2 750 patients have this genotype 
•  Cost of treatment per year is £104 000 
•  An independent committee (NICE) has not recommended the use of 

this drug for the treatment of CF in the UK 



QUESTIONS? 


