
1 Healthcare

-
RARE LUNG DISEASES 
-
8C 08:30–10:30
-
This symposium - overseen by Guy Brusselle, 
Chair of the ERS Scientific Council - considered 
the role of the European Reference Network for 
rare respiratory diseases (ERN-Lung), the ERS 
and the European Medicines Agency (EMA) 
in the collaborative fight against rare lung 
diseases. 

Isabelle Fajac, 
Paris, France 
explained how 
clinical trial 
networks (CTNs) 
can accelerate 
the delivery 
of new drugs 

to patients, highlighting the European Cystic 
Fibrosis Society Clinical Trials Network (ECFS-
CTN) as a benchmark for success. Protocol 
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review is a critical step in the CTN 
process which ensures patients are 
enrolled in scientifically meaningful, 
well-designed and feasible studies. The 
role of the standardisation committee 
is also essential as less variation in the 
measurement of outcomes means less 
patients are needed and results are 
more reliable. Overall, involvement in 
a CTN can bring important benefits for 
investigators, sponsors and patients, 
Dr Fajac concluded. Launching one 
requires feasibility, willing investigators, 
a sustainable Coordinator Centre and a 
minimal number of industry-sponsored 
studies in the pipeline. 

The
ECFS-CTN

58
sites

17
countries 

21,500 patients
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Benefits of CTNs

• Participation in 
meaningful trials

• Window of access to 
new drugs before 
licensing

• Involvement in 
an active disease 
community

• Playing their part 
for that community

• Dealing with a 
whole pipeline

• Collaborative work 
across Europe

• Interaction with 
sponsors

• Advocacy for 
patients

• Expert advice on 
protocols, study design 
and feasibility

• Expert advice on 
outcome measures

• Experts sites delivering 
clinical trials in the 
desired population

• Knowledge of best 
countries/sites 
for specific study 
requirements

PATIENTS INVESTIGATORS SPONSORS

Laura Fregonese, London, UK described the role 
of the EMA and the regulatory tools it has put 
in place to accelerate the development of new 
medicines. These include the Innovation Task Force 
(a multidisciplinary platform for dialogue and 
orientation on innovative methods, technologies 
and medicines) - as well as Orphan and PRIME 
Priority Medicine designations. Moving forward, ‘we 
need to do better’ in boosting the representation 
of important respiratory diseases within these key 
initiatives, stressed Dr Fregonese.

The EMA is also pursuing active work in biomarker 
quantification and is making progress with its 
registry projects. The Patient Registries Initiative 
was launched in September 2015 and aims to 
facilitate and support a systematic approach to how 
registries contribute to the benefit-risk evaluation 
of medicines. Specific workshops have already been 
carried out under its banner investigating the role of 

0 Orphan designations for 
idiopathic pulmonary fibrosis (IPF)

4% Orphan designations in 
respiratory diseases

6 PRIME designated 
pneumology-allergology products 

cystic fibrosis (CF) registries. In closing, Dr Fregnoese 
highlighted the challenges of clinical benefit scales/
relative effectiveness in medicines development. 
Obtaining an objective assessment of clinical benefit 
that satisfies all stakeholders is unrealistic, she 
pointed out. Three major perspectives must be born 
in mind - patients, doctors and public health.



3 Healthcare

“The EMA aims to encourage and foster 
drug development with input all the way 
along the medicines life cycle.” 

 
Laura Fregonese

In an engaging joint presentation, IPF patient 
Michael Kreuter, Heidelberg, Germany and his 
physician Klaus Geissler, Bietigheim-Bissingen, 
Germany explored the future of therapy for 
IPF from different perspectives. Combination 
antifibrotic therapy presents a promising future 
approach in IPF which has proven feasible in trials 
of pirfenidone plus nintedanib, said Dr Geissler. A 
well-stocked IPF drug development pipeline is also 
under active clinical evaluation.

However, for IPF patients diagnosed with a 
progressive and deadly disease, Mr Kreuter 
stressed that the most important thing is time 

- new treatments 
are needed earlier. 
Personalised medicine 
in IPF - another patient 
priority- is currently 
hampered by the lack 

of predictive therapeutic biomarkers. However, 
there is some new evidence to suggest that Toll-
interacting protein (TOLLIP) genotype may have 
an influence on N-acetylcysteine effectiveness. It 
is also important that physicians do not overlook 

x16 Phase 2 and 
3 clinical trials 
Currently ongoing in IPF

the role of non-drug 
treatments such as 
oxygen therapy and 
optimised management 
of comorbidities, noted 
Dr Geissler. Acute 
exacerbations - described 
as the ‘sword of Damocles’ 

by Mr Kreuter - remain a key complication of IPF 
leading to loss of lung function, impaired walking 
and a dramatic drop in health-related quality 
of life. Patients need more education on how to 
recognise and respond to this continued threat. 

Earlier 
diagnosis

• Intensified physician training
• Regular preventative check-ups for people >60 years old
• Awareness campaigns for early signs and symptoms

Development 
of new 

therapies to 
stop disease 
progression

• Stop IPF from being a deadly disease
• Gain experience with combinations of new drugs

The patient perspective: Key areas for improvement in IPF
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Joachim Aerts, Rotterdam, Netherlands looked 
at strategies for improving the diagnosis and 
care of mesothelioma patients in Europe. Rather 
than a ‘disease of the past’, he stressed that 

mesothelioma is actually 
an underestimated 
current health problem. 
Exposure to asbestos 
remains ongoing in 
the western world and, 
to an even greater 
extent, in lower-income 
nations. Diagnosis 
of mesothelioma 

is clinically challenging (requiring histological 
biopsy) and pemetrexed plus cisplatin is still 
the standard of care after 16 years - with no 
notable progress in outcomes. As a result, 
survival statistics remain stark, with the majority 
of patients dying within one year of diagnosis. 
More recently, increased knowledge of molecular 
targets, and in particular the role of the immune 
system in mesothelioma, has opened the door 

to new therapeutic approaches, explained Dr 
Aerts. Recently disclosed results from a trial of 
checkpoint inhibitor therapy in mesothelioma 
proved negative for the primary endpoint 
but, encouragingly, nearly four times more 
patients responded to immunotherapy than 
to standard chemotherapy. A Phase 3 trial 
(DENIM) is ongoing in Europe using dendritic 
cells loaded with tumour antigens in the hope 
of triggering a therapeutic immune response in 
mesothelioma patients. Moving forward, there 
is a need to optimise collaboration between the 
Mesothelioma Core Network of ERN-Lung and the 
ERS, said Dr Aerts. Close contact with the EMA is 
also essential to steer the development of novel 
trials with the potential to improve 
patient outcomes.

“Despite the established beneficial effects of pharmacological treatment for IPF there is no 
disease stabilisation and no cure. As respiratory physicians we need to act like doctors but 
think like patients.”                            

“Patients with mesothelioma deserve 
our collaborative effects to tackle 
underdiagnosis and undertreatment.”  

                                                      Joachim Aerts

Klaus Geissler

-
HIGH-TECH IN INTERSTITIAL
LUNG DISEASES (ILDS): JUST 
HYPE AND GADGETS? 
-
8C 14:45–16:45
-
This well-attended Hot Topics session shone a 
spotlight on novel techniques and technologies 
in the field of ILDs, focussing on their role in 
diagnosis, treatment and follow-up. 

New endoscopic techniques for the diagnosis 
of ILDs were discussed by Venerino Poletti, 
Forli, Italy, focusing on the growing clinical role 

of transbronchial lung cryobiopsy (TBLCB). 
TBLCB is now used in a large number of tertiary 
referral centres for ILDs, although there remains 
a ‘dearth of documents for standardisation’ 
said Dr Poletti. Robust data from several 
studies provide support for the diagnostic 
yield of TBLCB, its impact on multidisciplinary 
discussions confidence, its accuracy and its 
power in prognosis prediction. In terms of 
safety, Dr Poletti highlighted pneumothorax 
and bleeding risk as the two primary issues. 
Although when directly compared to surgical 
lung biopsy, TBLCB still outperformed in terms 
of both total adverse events (13% versus 0.2%) 
and mortality (2.7% versus 0.3%). To further 
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advance the field, 
new modalities are in 
development, such 
as guidance tools 
to better target the 

biopsy site and smaller/disposable probes, as 
well as more sophisticated methods for the 
molecular analysis of tissue samples. 

Maria Molina Molina, 
Barcelona, Spain 
provided a whistle-
stop tour of genetics 
in ILD. Recognised 
gene mutations have 
been documented in 

monogenic ILDs and familial pulmonary fibrosis 
(FPF). Telomere gene mutations have also been 
identified which are uniformly associated with 
poorer, more progressive outcomes in ILDs and 
may have clinical utility in terms of treatment 
selection and lung transplant candidacy. For 
example, immunosuppressants are known to 
exert harmful effects in IPF associated with 
telomere shortening. Question marks remain 
about how to optimally translate our greater 

genetics knowledge into clinical practice 
admitted Dr Molina Molina, including the 
possibility of screening for subclinical disease. 
In addition to monogenic ILDs and FPF, she 
suggested running genetics panels for syndromic 
cases (looking for surfactant or telomeres) and 
in patients with fibrotic ILDs where there is some 
clinical suspicion of telomere dysfunction.

Simon Walsh, London, UK gave an exciting 
presentation on the future of artificial intelligence 
in ILDs, highlighting the potential of deep 
learning applied to computed tomography (CT) 
image interpretation in fibrotic lung diseases 
(FLD). Two of today’s major clinical problems - 
characterising interstitial lung abnormalities and 
predicting the progressive fibrotic phenotype - 
could potentially be amenable to a deep learning 
approach, said Dr Walsh. Saliency mapping, which 
pinpoints key areas used by the neural network 
in its decision-making, could then be used to 
redefine current CT diagnostic categories. The 
Open Source Imaging Consortium Against ILD is 
carrying out active, ongoing work in this potential 
paradigm-shifting area of lung disease.

88-90% 
Diagnostic yield of TBLCB

Biomarker frontiers in FLD imaging

Diagnostics

Patient 
stratification 
in drug trials

Early disease 
detection/
screening

Disease 
behaviour 
prediction

“Deep learning is a branch 
of computer science in 
which a computer ‘learns’ 
how to predict a specific 
feature when provided 
with a large quantity of 
annotated data.” 

                            Simon Walsh

How to better assess and predict disease 
progression and treatment response using home-
based spirometry and biomarkers was the topic 
of an insightful presentation by Toby Maher, St 
Albans, UK. There is a need for IPF biomarkers 
to ‘shrink’ clinical trials and define individual 
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“We need better ways to predict and monitor disease 
progression because by the time our IPF patients present with 
it in clinic, they have already lost gas exchange surface area and 
are in respiratory failure.”  
                                                                                                            Toby Maher

treatment response, he explained. In a substudy 
of the PROFILE trial, daily home spirometry 
to assess forced vital capacity - the current 
biomarker of choice in IPF - proved feasible and 
informative of patient outcomes. Studies have 
also unearthed multiple serum and plasma 
proteins that are elevated in IPF - including 

collagen synthesis/degradation and epithelial 
biomarkers - however their predictive power 
remains to be validated. Looking to the future, 
disease fingerprinting may become possible as a 
method for coalescing all of the key factors that 
feed into an individual IPF clinical phenotype.


