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Milan Congress “excellent all round”
Welcome to the final newsletter from
EAPM’s Milan Congress. But lest we
forget, there will be the Alliance’s
regular monthly newsletter winging
its way to your inbox in December,
just before most of us head off for the
holiday period.
January will, of course, mark the
beginning of a momentous year as
Brexit happens (in whatever form and
for however long) and we build up to
the European Parliament elections in
May.

This week has seen topics covered that have
included lung-cancer screening, prostate cancer
and the new initiative Regions4PerMed.
On top of this have been sessions on hospitals,
the role of the EU’s regions, diabetes and
pancreatic cancer, plus genomics, and a discussion
between CEOs who were debating and planning
personalised medicine development down the line.
The last day saw additions to the regional track,
a dedicated patients’ track, the third day of the
Winter School, rare diseases and translational
research.
Meanwhile, the two Presidential Sessions were
entitled ‘Interfacing with Public Policy Makers’ and
‘Who is to do What?’

Over the past few days here in Italy everyone
has worked hard together, we’ve seen great
presentations delivered, had marvellous sessions
leading to important debates, held a much-valued
Winter School over three days (more of that later)
and interacted on all levels to further the cause of
personalised medicine.

Let’s start with the latter, which had Congress
hear that the evidence of the merits of
personalised medicine is already ample and the
potential is huge.
The benefits are there for the taking for patients,
citizens and society, and will bring new levels of
satisfaction to professionals working in the health
domain.

“Milan has been excellent all round and
it’s time to thank all speakers, panel
members and attendees for being here
this week in the Lombardy capital. Also,
a special thanks go to our hosts, the
Lombardy Region.”
EAPM executive director Denis Horgan
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But, attendees were asked, why is its
development and exploitation so slow, particularly
in Europe?
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Attendees heard that there needs to be a strategy
that raises awareness and delivers a personalised
medicine educational toolkit, tailored for its
participating stakeholders.
The Winter School is an ideal example of the work
of EAPM and others in this regard.

EAPM’s Horgan said

“Personalised medicine is the test-case
for how far health systems are capable
of a rational and reasoned response to
opportunity.”

Also, Congress was told, there needs to be put
in place the infrastructure and tools to deliver a
personalised medicine-enhanced health systems
landscape that empowers translation of exciting
discovery science into new diagnostic, therapeutic
and preventative approaches that help preserve
the health of our citizens. Cooperation and the
abandoning of silo thinking is essential.

“It is also a test-case for how far the
supporters of personalised medicine are
able and willing to come together in a
joint effort to drive the process that can
induce constructive change.”

“If the will to work together on
personalised medicine can be found, a
new horizon for health in Europe can
be reached. The journey can reach its
destination by 2025. But the benefits
can accrue as from today.”

Congress heard that, in some areas, the EU has
had a strongly supportive role in healthcare. The
resulting coordination, to develop science, to
translate innovation, to systemise marketing
authorisation requirements for medicines and to
facilitate quality testing and trials has shown a
positive aspect of the EU, and should serve as
inspiration and encouragement for more joined-up
approaches to tackle new challenges.
Key going forward will be, for example, an
understanding of the potential for personalised
medicine to deliver improved outcomes for
European citizens, the challenges that it presents
to traditional health systems and the barriers that
currently exist.

David Byrne, former EU Health Commissioner and EAPM
Co-Chair

The Presidential Session ‘Interfacing with Public
Policy Makers’ gave attendees the viewpoint
that the innovative quality of personalised care
demands links to other areas of innovation.
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Antonio Montserrat

Former Senior Expert on Cancer and Rare
Diseases, DG Public Health, European
Commission, Brussels, Belgium

Presidential Session: Interfacing with Public Policy Makers

Panel at EAPM’s Milan Congress Closing Session

“Personalised medicine is the
test-case for how far health
systems are capable of a
rational and reasoned response
to opportunity.”
Denis Horgan, executive director EAPM

Denis Horgan
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“This is notably in the use of data, biobanking, next generation sequencing,
screening, advanced imaging,
biomarkers and more sophisticated
analytics, sharpening the impact of R&D
and early diagnostics, all linked to the
digitisation of health,”

“The ability to use personal data relating
to health is central to realising the
promise of personalised medicine.”
Brendan Barnes, Director IP & Data Protection, EFPIA

The session went on to examine best practice at
the regional level and frameworks to leverage
this across EU Member States. As mentioned,
guidelines were a topic in the regional track and
the search is on for better and common ones in
the case of various diseases.

said of Eva Weinreich-Jensen, President, European Hospital
and Healthcare Federation

“Innovative approaches to treatment
guidelines, and to training and
education, will equip healthcare
professionals with new skills and
knowledge, and overcome reticence by
the clear demonstration of advantages
among those hesitant to adopt new
approaches.”
Francesco De Lorenzo, President, European Cancer Patient
Coalition

Congress heard also that radical changes in
thinking at the highest policy level, in relation
to public health generally, will enhance the
measurement of value for health interventions
and adapt payment systems accordingly. All of
this will require agreement on standards, and
improvements to regulatory pathways, as well as
an appropriate regulatory and medical framework.
EAPM has often argued that guidelines and
standards need to be agreed and, of course,
adhered to across the EU, not least in lung-cancer
screening, for example. This was echoed in one
section of the regional track on the last day.
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“Treating patients is often not an easy
task. But clinical guidelines exist to help,
including recommendations aimed at
optimising patient care on the ground at
regional and local level.”
Sebastian Schmidt of Head of Strategy and Medical A airs
Computed Tomography, Siemens Healthineers said

“They are based on existing evidence,
systematically reviewed, but because
there are so many, it can even then
often be difficult to assess which are the
best.”
Congress heard that clinical guidelines play a
crucial part in making sure that the right patient
receives the right treatment at the right time and,

“where the EU doesn’t have tried-andtested guidelines, on a pan-European
scale, such as in lung cancer, it’s about
time that it did”.
John Field, Professor of Molecular Oncology, University of
Liverpool, UK,

Regions
The last set of discussions and presentations on
the regional track saw the topic of best practice in
sharing data from a regional perspective.

Improvements and the introduction of
comprehensive lung-cancer screening
programmes, for example, will also require greater
collaboration between Member States and across
the healthcare sector, given that cancer in all
its forms is a significant and growing European
healthcare problem.
There also needs to be an agreed approach
to tackling it through National Cancer Plans.
And all collaborations should include patients,
caregivers and patient organisations, who have
an indispensable contribution to make, Congress
heard.

Congress heard that modern healthcare is based
on evidence and that this evidence comes from
data. Therefore, data relating to individuals are
fundamental to modern health research. The
processing of personal data is vital for clinical
trials and observational research performed in
industry and academia.
These considerations are even more pertinent with
regards to personalised medicine.
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Patients
During this track Congress heard that with
the rapid evolution of genetic and genomic
technologies revolutionising our approach to
prognosis, screening and targeting of therapies,
the age of personalised and predictive medicine
has not only defined how clinical practice is
evolving today, but also shows how it will be
practiced in the future.
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improving cancer patients’ clinical outcomes. This
is obviously a far from optimal situation.
Under the spotlight here were an explanation
of what biomarkers actually are, and how to
get this information to the patients through
increasing biomarker literacy. This came on top
of the inevitable need to adapt the regulatory
framework—a common theme at Congress—the
improvement of access, and recommendations for
policy makers.

Personalised medicine is underpinned by the
clinical molecular testing of biomarkers, which can
be prognostic, predictive, pharmacodynamic or
diagnostic.

Later, a discussion was held on ensuring that
patient preferences are valued when assessing
new treatments, and Congress heard that
several challenges must be managed in order for
personalised medicine to be realised.

Pharmacodynamic biomarkers measure the effect
of a medicine on a disease, whereas diagnostic
biomarkers are used to establish the particular
disease that is present in the patient sample.

“In addition to scientific tasks it will
be critical to address the major gap in
perception and knowledge between
the scientific community and the public
regarding pharmaceutical development
and innovation.”

Attendees were told that in oncology, for
example, the success stories of clinically useful
pharmacogenetic predictive biomarkers have so
far come mostly from retrospective analyses of
clinical trial data and impromptu genetic analyses.

Peter Kapitein from Inspire2Live

“A systematic prospective approach
with current technologies available is
defining how biomarker discoveries
are made in tandem with drug
development.”

Well-informed patients and their professional
carers will play a key role in the implementation of
personalised medicine, Congress heard.
This will happen in terms of developing a general
understanding among the public, and also at an
individual patient level, ensuring that people know
how to use medicines targeted to patient subgroups in a safe and effective manner.

Lydia Makaroff, Director, ECPC, Belgium

“A variety of high-throughput
approaches, including the use of parallel
next-generation sequencing, single
“All of this requires awareness building
nucleotide polymorphism analysis and
and training,” “Also advancing and
transcript profiling by microarray have
coordinating parallel work done by
been used to discover new predictive
patient organisations, professional
biomarkers.”
groups, pharmaceutical companies and
Biomarkers are clearly a big deal, yet Congress
academic institutions.”
heard that they are still largely unknown
or understood by cancer patients and are
insufficiently used by physicians.

Isabelle Huys from KU Leuven, Belgium

Also flagged-up to Congress was the need for
education and training opportunities that are
easily accessible for patients and healthcare
professionals, better information for patients, the
need for recognition of the complex nature of
pharmaceutical benefit-to-risk information, and
the need for ethical management of potentially

Healthcare professionals use diagnostic tests
to clarify and support their clinical decision
making but poor patient knowledge, difficulties in
reimbursement and a lack of existing biomarkers
in some European countries are an obstacle to
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conflicting interests associated with genotyping of
individuals.

“It is important that general and family
doctors understand the specific care
required for these patients as they are
Electronic health records were discussed at length
typically responsible for these patients’
in the patient track, too, with Tonu Esko, of Deputy
long-term care.”
Director of Research, Estonian Biobank, Estonian
Denis Horgan, EAPM Exuective Director

Genome Center, saying

Regions4PerMed
During this track, Congress heard that there is an
urgent need to start restructuring care delivery,
fuelled by factors such as chronic diseases,
Europe’s ageing population and health workforce
shortages.

“As electronic health records become
better integrated into healthcare
systems, access to high quality data
should improve. This development
should enable new tools that leverage
artificial intelligence that will
complement each physician’s clinical
skills.”

To tackle the challenges, new care models are
needed and their implementation requires
essential investments and related strategies.
The involvement of a broad range of public and
private partners and investors is required, with
a combination of bottom-up and top-down
approaches to realise these necessary new care
models. When it comes to implementation of
these, two underlying principles are, as ever,
collaboration and partnerships.

Congress heard that as broader data sets are
accessed, specific patterns could be discovered
that better guide clinical decisions.
These tools can be used to confirm that findings
are relevant to individual patients before initiating
new diagnostics or therapeutic interventions.
Congress then discussed how the tools can be
implemented and what training would be required
for the adoption of these technologies.

“In a nutshell, Europe will have to
redefine the role of family physicians
through the use of electronic health
records and Artificial Intelligence.”
said Francesco de Lorenzo, ECPC President,

“When all of the concerned stakeholders,
be they politicians, care authorities,
care professionals, citizens and patients,
service providers, technology providers
and investors, are committed to working
together, this should create a favourable
environment for the design and
deployment of new care models.”
Maurizio Bersani, of DG Welfare, Lombardy Region

During the track, congress heard about tools
to individualise clinical decisions for healthcare
professionals in the era of co-morbidities and
survivorship, which was also discussed elsewhere
at the event.

Congress heard that coordinating regional policies
and innovation programmes in personalised
medicine is an urgent need.
As personalised medicine develops, a number of
good practices are emerging, not least regionally,
which, individually and collectively, offer insights
into how to design and implement successful new
models.

Due to effective medical care, attendees heard,
there are a growing number of survivors who
have suffered from a myocardial infarctions,
cancer, or other life-threatening diseases. This
group represents a new generation of patients
that must manage their past conditions as a
chronic condition.
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Rare diseases
The question has been asked regarding why
Europe should take a lead in this area.
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As part of this track, pancreatic cancer was a
specific topic. Pancreatic cancer is the eighth most
common cancer among men in the Western world
(ninth in women), and has arguably the lowest
survival rate of any.

Congress heard that the emergence of ‘omics’ and
Big Data has revolutionised healthcare, and the
personalised medicine approach is already being
successfully applied in different healthcare areas
such as oncology, cardiology, nutrition and also for
rare diseases.

There are no identifiable symptoms at an early
stage and it is, therefore, currently hard to detect.

“By the time symptoms appear, the
cancer is often already advanced and it
is too late for surgery in many cases.”

But health systems across the EU are often still
promoting the ‘one-size-fits-all’ approach, even
if it is known that patients do greatly vary in
their molecular characteristics and response to
medicines and other interventions.

Alastair Kent, Formerly Director of Genetic Alliance UK,

Mortality of pancreatic cancer is expected to keep
increasing in Europe in the long term, overtaking
the mortality rates of other long-recognised
deadly cancers.

Several challenges need to be addressed in all
areas affecting personalised medicine, such as
the integration of Big Data, patient empowerment,
translation of basic to clinical research, bringing
innovation to the market and shaping sustainable
healthcare systems.

Congress heard that pancreatic cancer is more
common in people aged 45 and above, and its
exact cause is unknown. It is usually fatal, not only
because of generally late detection, but partly
because it tends to resist chemotherapy. And
when it comes to surgery, only about 15-20% of
patients have tumours which are considered able
to be removed by this method.

“The EU has the wherewithal to take
a lead to ensure rare disease patients
have the best treatments,”

said Antonio Montserrat, Former Senior Expert on Cancer
and Rare Diseases, DG Public Health, European Commission,
Brussels, Belgium.

Overall five-year survival rate remains low
(around 6%), and there have been no significant
improvements in survival over the last decade,
although outcomes are slightly better for the
small percentage of patients whose disease is
discovered early.

As a case in point, Congress heard, developing
personalised medicine is a strategic aim for
governments, research funders, industry and
researchers. It appeals to patients as it suggests
treatment specific for their condition.

“This Congress aims to appeal to
policymakers, legislators and regulators
to encourage innovation and to
broaden access to treatment, and to
all stakeholders to work more closely
together to reduce the burden of
pancreatic cancer on patients and on
society.”

“Unfortunately, there is a gap between
expectation and delivery in terms of
achieving scientific progress, clinical
application and end-points which meet
patient needs.”
Mariangela Pellegrini, ERN Manager on behalf of ERNEuroBloodNet Coordination Team,

Jesús Rueda Rodríguez, Director, International Affairs,

Communication is key and should encompass
both the rhetoric which stakeholders deploy
with respect to personalised medicine and
consultations between patients and clinicians.

MedTech Europe
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really happened over the past decade. And there’s
still a gap between the western Member States
and others which means inequalities in both
the funding and the amount of research being
undertaken.

“Unfortunately, we currently have no
reliable way to detect the disease
early and, despite occasional headlines
about a ‘simple urine test’ to detect
pancreatic cancer, this situation has not
substantially changed.”

“As it stands, there needs to be reform.
Clearly, translational research is a key
enabler of the EU and Canada research
effort and could be an even bigger
one. It represents the conduit through
which European discovery science can
be converted into new diagnostics,
treatments, products and approaches
that benefit European citizens and
society, not least through personalised
medicine.”

Nuria Malats, of Group Leader, Genetic and Molecular
Epidemiology Group, Spanish National Cancer Research
Centre, Madrid, Spain

Attendees heard that, even with personalised
medicine aspects of testing, there is still a long
way to go before research can provide a reliable
and fool-proof test for the early detection of
pancreatic cancer.

“More research is desperately needed
into a disease that will not only not go
away, but will become a bigger problem
in a European Union with an ageing
population. Action is needed at the
highest level, and it is needed now.”

Etienne Richer, of CIHR Institute of Genetics Associate
Director

The latter is already delivering benefit for
European patients. In cancer, targeted
approaches have led to practice-changing clinical
management in these diseases. Personalised
medicine is also shaping the development of
new preventative and therapeutic approaches,
attendees heard.

Gabriele Capurso, Chief of Clinical Research, PancreatoBiliary
Endoscopy and EUS Division, Pancreas Translational and
Clinical Research Center, San Raffaele Scientific Institute:

Translational research
As we all know, European researchers have been
at the forefront of major scientific healthcare
discoveries in areas such as cancer, cardiovascular
disease, genetic disorders, and infectious disease.

“Personalised medicine allows us to go
beyond the treatment of the symptoms
of diseases to understand their causes.
This knowledge can offer new insights
on how to manage the diseases and
allows potential therapeutic targets
for the development or repurposing
of new therapies. This can be done by
going back from gene identification to
biomedical research.”

The challenge facing us now, Congress heard,
is how we best translate this knowledge and
expertise into medical advances that improve
outcomes and enhance wellbeing for European
patients.
The EU is certainly working on it, as Horizon
Europe is an ambitious €100 billion research and
innovation programme that will succeed Horizon
2020. It will incorporate policy missions to ensure
the effectiveness of research and innovation
funding by pursuing clearly defined targets.

Jacques Simard of Canada Research Chair in Oncogenetics,
Vice-Dean of Research and Graduate Studies, Full Professor,
Faculty of Medicine, Université Laval

Congress later heard that although personalised
medicine can be seen as the evolution of medicine,
rather than a revolution, it brings new challenges
in terms of the delivery and understanding of the
results. This is not only true for patients, who need
to understand complex genomic results, but also
for medical professionals who often haven’t been
exposed to this type of information before.

The Commission talked to policy experts in order
to develop studies, case studies and reports on
how a mission-oriented policy approach will work.
The plan is that it will provide coordination to close
research gaps and stimulate innovation.
The vision of a knowledge-based economy is one
of its core components, although this has not
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“It’s all about increasing the efficacy
of personalised medicine approaches,”
“yet unfortunately the translation
of these approaches into Europe’s
healthcare systems hasn’t happened at
the anticipated pace.”

Steve Robbins, Scientific Director of CIHR Institute of Cancer
Research

But there are success stories, as Congress learned
during the session. Let’s hope for many more
going forward.
Winter school
During the Milan Congress, EAPM held its first
TEACH Winter School, building on three previous
summer-time versions.

On the final day, attendees also heard about
electronic health records.
Lars Rohwer, of Senior Director, Government Affair & Policy,
Siemens Healthineers, told students that:

“As electronic health records become
better integrated into healthcare
systems, access to high quality data
should improve. This development
should enable new tools that leverage
artificial intelligence that will
complement each physician’s clinical
skills.
“As broader data sets are accessed,
specific patterns could be discovered
that better guide clinical decisions.”

TEACH stands for Training and Education for
Advanced Clinicians and Healthcare professionals
(HCPs), and was aimed at young professionals
aged 25-40.

Attendees heard that general and family
practitioners are ideally situated to manage these
tools to confirm that the findings are relevant
to individual patients before initiating new
diagnostics or therapeutic interventions.

Attendees from more than cross the EU gathered
for the three days, and the faculty put in place by
the Alliance and its stakeholders also had a similar
EU-wide spread.

Therefore, the session took a long, hard look at
how these tools can be implemented and what
training would be required to support these HCPs
in the adoption of such technologies, using real
world examples.

The issue of education of HCPs is a major one. It is
clear that a great degree of up-skilling is already
required and, to keep pace with the science,
this must be ongoing. Europe must ensure that
no patient is denied a suitable, virtually tailormade treatment due to a lack of knowledge or
understanding on behalf of the HCP treating and
diagnosing him or her.

Attendees at the Winter School heard about tools
to individualise clinical decisions for HCPs in this
time of co-morbidities and survivorship.
Due to effective and improving medical care, they
were told, there are growing number of survivors
who suffered from a myocardial infarctions, cancer,
or other life-threatening diseases. This group
represents a new generation of patients that
must manage their past conditions as a chronic
condition.

Personalised medicine starts with the patient. It
holds huge potential for improving the health of
many patients and ensuring better outcomes of
health systems’ efficiency and transparency.
But if personalised medicine is to be in line with
the EU and Member State principle of universal
and equal access to high quality healthcare, then
clearly it must be made available to many more
citizens than it is now.
Part of what is required is a long-term approach
to education to ensure the translation of new
therapies from laboratories to patients.
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“It is important that GPs and family
practitioners understand the specific
care required for these patients as
they are typically responsible for these
patients’ long-term care.
Luke Slawomirski, Senior Economist/Policy Analyst, OECD
Paris, France:
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“We need to determine quickly how
these patients should be best managed
both from a medical and a psycho-social
perspective.”
Students also learned from experts about some
of the most exciting medical advances of the
past year, with speakers giving a brief overview
of technologies and what factors led to the
innovations.
Some topics addressed were CAR-T therapies,
artificial pancreases and gene editing and gene
therapy.
At the end of proceedings Denis Horgan, Executive Director,
EAPM said:

“Over the three days, the school has
been centred around the concept
of personalised medicine, and was
designed to provide a forum for
presenting new data and sharing ideas
for innovation.”
“It allowed its attendees to enhance
their knowledge of evidence-based
approaches on diagnosis and treatment,
let them access the latest results on
clinical and translational research, and
brought them up-to-speed on emerging
innovative techniques, diagnostic tools
and more.”
“In the changing world of health care
in Europe, the education of healthcare
professionals is under-emphasised,”
“Hopefully, we can help to remedy this
situation. So far so good…”
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Take the latest movements on health technology
assessment, or HTA.
ENVI, under the rapporteur Soledad CabezónRuiz, had to take the European Commission’s
initial proposal, look at tabled amendments, then
reach acceptable compromises before putting the
issue to the full parliament. This was a long but
ultimately successful procedure, given that the
Strasbourg plenary accepted what was eventually
put in front of them.
This was an excellent example of parties working
together to come up with a workable plan, which
has now been put to the Council.
But we can only do so much, of course! Over to
you, Member States…

Never the twain shall
meet? Well, actually…

EAPM: That’s a very good recent example. Do
you have any others?
MS: Plenty, but I’ll highlight just a few:
Although one could argue with some justification
that cross-border healthcare is currently failing to
live up to its promise, Parliament worked very hard
across the colourful political spectrum to pave
the way for what should be a massive boon to
Europe’s citizens.
Electronic health records working properly should
certainly help, too, and the Commission is looking
at the issues surrounding EHRs. But the fact is
that MEPs from left, right and centre were very
keen to facilitate the rights of patients to be
treated in other Member States.

The European Alliance for Personalised Medicine
(EAPM) spoke to current Member of the European
Parliament Miroslav Mikolášik MEP, allied to the
European People Party Group, to get an insight
into cross-party cooperation in a field where
they can all hopefully agree, (at least in principle)
regardless of political bias.
EAPM: In the arena of healthcare, which as we
know encompasses all of us at some time or
another, is it important to work with colleagues
from other parties?

On top of this, members had a huge role to
play in helping to formulate the General Data
Protection Regulation, or GDPR. There were more
amendments than you would believe and the
debates went on and on.
Every MEP from whichever party had to listen
to arguments from various stakeholders, EAPM
included, and try to find the right balance between
protecting privacy while not slamming the door
in the face of those who push science forward
through the sharing of data.
Lest we forget, most patients are happy to share
their data if it helps themselves and others, but
they also want to do so secure in the knowledge
that their data will not be misused.
It’s a tough balance to strike but, to me - to most
of us in the chamber - it’s not a party political
issue.

MS: Yes, of course! OK, most people may
think that politicians spend a lot of their time
disagreeing and having a go at each other but,
say, on a committee such as ENVI, for example,
we work hard to find consensus and beyond that
we all care about our citizens and those outside
our domestic borders.
Having been elected by people who chose to place
their trust in us, we obviously have a responsibility
to our constituents. But many issues cross borders
and are not quite so ‘local’, and it’s incumbent
upon those of us in the hemicycle to do the best
for everyone.
EAPM: OK. So that obviously means
compromises from time to time…
MS: Indeed. Pretty much all of the time, in fact!
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EAPM: Any other examples?
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At the end of the day it’s our job as MEPs to do the
very best we can to make sure that the doors are
as open as possible to those providing incentives.
And that is absolutely NOT a one-party issue.

MS: Of course. There are many, many examples.
But let’s stick to health and healthcare… We’ve
had, in very recent times, consensus in areas such
as clinical trials. And right now we’re putting our
thoughts across in respect of the Horizon Europe
budget, of which healthcare is a big part.
This is ongoing and we’re trying to reach a point
where we can agree and, meanwhile, are putting
pressure on the Commission to up the budget in
real terms for the benefit of research into issues
that affect the health of Europeans.

EAPM: So you’re saying that there’s often what
we could call ‘a joined-up’ approach?
MS: Oh, for sure. Although we could always do
with more of it! But whatever the media may
wish to portray on occasion we, the elected
representatives of all the hundreds of millions of
citizens, are aware that we have to find the right
road to travel.

OK, sometimes we MEPs disagree - of course we
do - but its not just one great political bunfight.
We have work to do and we all want to walk out
of the hemicycle happy that we have the best
result possible under whatever circumstances we
have had to deal with.

Science, especially in healthcare, is moving at a
rocket-fast pace. Think molecular biology, think
innovative clinical research, think biomarkers and
more. It’s blindingly obvious to at least most of us
that the best way to optimise all of these great
rocket launches is to deal with them jointly in a
spirit of cooperation.
You know that they say two heads are better than
one? So, arguably, 27 ‘heads’ will be better than
just two when it comes to EU cross-fertilisation
of ideas and policies that are designed to help all
citizens.

EAPM: Many stakeholders in, for example,
personalised medicine will say that there is a
lack of incentives for research and development,
while the issue of the pricing of medicines is
always under the microscope and other matters
on top. What can Parliament do?

EAPM: So what next?

MS: Well, as you know, our role is limited. Having
said that, it has grown of late but we are still not
in a position to literally propose regulations. That
is not to say that MEPs do not have considerable
influence, because we do. And in a democratic
Europe I would argue that this is as it should be.
People talk about a democratic deficit and that
can only be addressed by greater Parliamentary
involvement in legislation.

MS: Ha ha. Well, it’s always busy, but two current
important areas immediately come to mind
with their attendant challenges. MEPs cannot
do it alone - we are just one EU institution - but
beeping away on the radar are the facts that
orphan drugs need to be reasonably priced, which
they often are not, and there is demonstrably a
need for the EU to harmonise and integrate its
legal framework in respect of health research.
As I’ve said, MEPs can only do so much. But
we are democratically elected and thus have
influence and, if we are asking Europe in all its
great and grand diversity to work together, then
surely it’s reasonable for citizens to expect their
representatives in the hemicycle to do the same.

As I said before, there is a responsibility that
every elected representative carries on his or
her shoulders. We need to have weight behind
us and we try to push and push with the weight
that we have. The research agenda and its
budget are vitally important in many areas, not
least healthcare, and we need to make sure that
projects such as IMI, for example, are not all just a
great idea but are adequately supported.
The incentivisation has to be there or everybody
may as well just pack up and go home.
That cannot be allowed to happen, of course,
because Europe needs the investment from
outside that our talented scientists and innovators
deserve.

When it comes to the crunch, we work together.
Which is not a bad plan, really, from whatever end
of the political spectrum you look at it.
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affect so few people that combined efforts are
needed to reduce the number contracting the
diseases. They are right.
Work also needs to be done to prevent newborns
and young children dying from them, and preserve
sufferers’ quality of life and their socio-economic
potential. Health means wealth, as we always
hear.
The EU is helping to pool scarce resources that are
currently fragmented across individual Member
States, on the basis that joint action helps patients
and professionals share expertise and information
across borders.
DH: Anything else?

Not as rare as you’d think

NC: Yes. There are many areas that can be
improved and are being worked on, such as
boosting recognition and visibility of rare diseases,
ensuring that they are adequately traceable in
all health information systems, and supporting
national plans for rare diseases in EU Member
States.

Here, as part of a series of interviews for EAPM,
the Alliance’s executive director Denis Horgan
speaks to MEP Nessa Childers about rare diseases.
DH: Nessa, first of all, please give us an overview
of what rare diseases are.

European reference networks are vital to linking
centres of expertise and professionals in different
countries to share knowledge and identify where
patients should go when expertise is unavailable
in their home country.
And we also need to encourage more research
into rare diseases, evaluate current screening
population practices, and supporting rare diseases
registries.

NC: In Europe, a rare disease or disorder is one
that affects fewer than one in 2,000 people. In the
EU, as many as 30 million people may be affected
by one or more existing rare diseases, which run
into their thousands now. Almost 6,000, in fact,
according to the Commission.
Many, but not all, are cancers. Most are genetic.
All-in-all, these diseases are distinctive in that
there are, obviously, a limited number of patients
with them and often a lack of long-term research
and therefore knowledge regarding them.

DH: How much impact do rare diseases have?
NC: The Commission has been unequivocal on
that. It notes that the impact of rare diseases on
sufferers, their families and carers is substantial.

On top of this, clinical trials are difficult to organise
with a disease sub-group spread out across many
countries. And drug prices are high as a great deal
of time, money and other resources have to go
into research and development which has to be
balanced against a need to recoup the investment
somehow.
DH: What has the EU done, or is doing, in this
sphere?
NC: The European Union has said that these lifethreatening or chronically debilitating diseases

We also know that patients often go undiagnosed
due to lack of scientific and medical knowledge
or to difficulty in accessing it where it actually
exists. On top of that access is more often than
not difficult.
This all results in additional physical, psychological
and intellectual impairments, inadequate or even
harmful treatments and a loss of confidence in the
healthcare systems.
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The simple facts are that some rare diseases are
compatible with a normal life if diagnosed on time
and properly managed.

Progress wasn’t as fast as anyone hoped as they
were all acting singly. There’s a lesson about the
need for cooperation, there…

DH: What is being done about this lack of
diagnosis?

DH: A final point…?
NC: OK, well you may be interested to know that
the European Organisation for Rare Diseases,
EURORDIS, has dramatically described a rare
disease patient as “the orphan of health systems,
often without diagnosis, without treatment,
without research: therefore, without reason to
hope”.

NC: Obviously, Denis, early and correct diagnosis
is a major issue in health generally, but especially
in rare diseases.
The EU has supported the ORPHANET project
and database, with joint action through health
programmes. Working together, Europe has listed
descriptions of those 6,000 diseases I mentioned.
This vital tool is now used as a resource by
clinicians, health professionals and patients
seeking a diagnosis. It’s a solid step in the right
direction.
DH: What about the Orphan Regulation??
NC: In 2020 it will be the 20th anniversary of the
Orphan Regulation, which was adopted by the EU
to encourage the development and authorisation
of medicinal products for rare diseases.

It adds that major efforts are needed to foster and
stimulate research in order to increase existing
knowledge, which is nowhere near enough to
meet the challenges.
Therefore, it is clear that despite the undoubted
hard work undertaken by the EU over almost 20
years, there is still a long way to go.

One could argue that progress has been pretty
good, if a little slow. For one thing, Europe
has generating significant activity by the
pharmaceutical industry in this field.
The development of orphan medicinal products
has been called an important consideration for
public health policy-makers seeking to address
patients’ needs, and that is demonstrably true.
The Orphan Regulation was, and still is, geared
towards making sure that patients suffering from
rare conditions have the same quality of treatment
as any other patient. When it comes to orphan
drugs, generally speaking the number of products
authorised has grown over the years, but even
the Commission admits that the number remains
limited bearing in mind how many distinct rare
diseases there actually are.
Things are moving slowly, especially when you
consider that as long ago as the1990s, a number
of Member States adopted specific measures to
improve knowledge of rare diseases and their
detection, diagnosis, prevention and treatment.
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Q: How big an issue is lung cancer in Europe?

The case for lung-cancer
screening

DH: It’s huge. The disease kills more Europeans
than any other cancer. For example, in 2013,
almost 300,000 EU citizens died as a result.
Meanwhile, crude lung cancer incidence is on the
rise, largely due to the ageing population.
The fact is, that in its early stage, lung cancer has a
very good prognosis over a five-year period. This
becomes much poorer in later stages, because
treatment by then has little effect on preventing
deaths. NELSON has demonstrated this and
shown unequivocally that screening has the
potential to detect lung cancer at an early stage.
The results back up EAPM’s work in conjunction
with key medical societies in the arena in putting
the case for lung-cancer screening on the political
agenda. There is clearly a case for such screening
and the results from NELSON cannot be ignored.

The Brussels-based European Alliance for
Personalised Medicine has long had a focus
on prevention, for example through screening
programmes.
One key aim of EAPM stakeholders is to focus on
the right preventative measures to ensure reliable
and sustainable healthcare for the long-term
benefit of patients now and in the future.
Personalised medicine tends to focus a great deal
on targeted treatment but there is a need to zoom
in, not just on the delivery of the right treatment
for the right patient at the right time, but also on
the right preventative measures to ensure reliable
and sustainable healthcare.

Q: How has EAPM been involved in campaigning
for the introduction of lung-cancer screening.

Here EAPM’s executive director Denis Horgan
outlines the logic behind his organisation’s
campaigning.
Q: Denis, EAPM has discussed lung-cancer
screening and the setting up of EU-wide
guidelines at conferences and other events.
What are the arguments in its favour.
DH: The long-awaited and recently released
NELSON study into computed tomography, or
CT, screening for lung cancer showed that it
reduces lung cancer deaths by 26% in high-risk
asymptomatic men. The findings also indicate that
with screening the results could be even better in
women.
We’ve waited some time for the results
as NELSON was first rolled out across the
Netherlands and Belgium in 2003.
Eventually, the trial included almost 16,000 people,
with a follow-up period of no less than ten years
for survivors.

DH: EAPM was an early adopter of the case to
support such screening in the EU, due to the
benefits that early diagnosis would bring to the
patient, as I’ve just explained.
This has been a key focus of our work, through the
multi-stakeholder efforts of EAPM and its member
scientists, researchers and patients. In fact, key
researchers behind the NELSON study worked
with EAPM in order to develop a feasible policy
landscape.
You may recall that our co-chair, the former
European Commissioner for Health David Byrne,
successfully pushed for smoke-free pubs and
restaurants across the EU. Not surprisingly, David
has prevention as a key pillar of his chairmanship.

The eventual findings show that CT screenings are
an effective way to assess lung nodules in people
at high risk for lung cancer. This often leads to
detection of suspicious nodules, and can positively
increase the chances of cure.
NELSON was the second-largest such trial ever
conducted, and the team has stated that the
results should now be used to inform and direct
future CT screening.
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Since David was in the Berlaymont, the Alliance
has had countless engagements at the European
Parliament, the Commission and at national level
to put the case for lung-cancer screening firmly
on the table. The bottom line is that most experts
in the field have agreed that Europe’s health
systems need to adapt quickly to allow patients
and citizens to benefit from early diagnosis of lung
cancer and reduce mortality for this lethal disease.
NELSON certainly shows the benefits of lungcancer screening, something we already knew.
Now we will work even harder to persuade
policy-makers across the EU that this is an urgent
societal need.
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Q: So, who do you screen?

same level for years, although some people
understandably want the cancer removed, there
and then, whatever it takes. Just get this thing out
of me…

DH: We’ve already put forward the opinion that,
for screening to be effective, cost and otherwise,
it has to be applied to the population at high
risk. For lung cancer, this is not simply based on
age and sex, as in the majority of breast or colon
cancer screening. We still have many questions to
answer regarding methodology and guidelines for
standardisation of the screening process, such as
how often do we screen individuals, and how to
include smoking cessation activity and education
on healthy lifestyle within the screening.
There are also economic questions to be answered
regarding screening and those educational
programmes.

I’ll give you an example of that and the opposite of
over-treatment. A friend of mine in his late fifties
was recently diagnosed with early prostate cancer.
He was not, and is not, in any immediate danger,
but he was struggling with the concept of living
day-to-day with the knowledge that a removable
cancer is inside him.
He lives outside the EU and the cost of the
operation was roughly equivalent to something he
wanted to buy. He was, however, going to put his
treat aside and spend the money on having the
cancer removed.
In the end, he was convinced by two separate
prostate cancer experts that monitoring his PSA
levels regularly, alongside other tests, would mean
that any need for an operation would be flagged
up when the time came down the line. Hopefully a
long way down the line.
He took their advice, made his decision - and now
he’s the proud owner of a beautiful little sailing
boat.

Q: Critics of screening programmes have
suggested that they lead to too many false
positives as well as over-treatment…
DH: NELSON showed very few false positives
but reducing any such cases is a key element
in lowering the economic and human costs of
a large-scale lung cancer screening. We have
suggested that Europe should set up a central
registry for CT-screened individuals while
involving all key groups in the EU in developing
recommendations for implementation, adapted
according to the healthcare landscape of
individual nations. We have taken into account the
pros-and-cons of screening programmes in other
disease areas, including breast, colorectal and
cervical cancers.
As it stands, Europe is looking at risk prediction
models to identify patients for screening, plus
determination of how many annual screening
rounds are required. But there have been
indications that, while we wait, there is a good
case for immediate implementation of carefully
designed and well-targeted demonstration
programmes.
Q: Can you zoom in on over-treatment?
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Q: Back specifically to lung cancer. What can
individuals do to cut the risk.
DH: With lung-cancer, the individual can take the
preventative lead in many cases. This is because
the majority (85%) of lung cancers in both sexes
are caused by smoking.
Patients are taking more-and-more responsibility
for their own healthcare as their knowledge
increases, but it’s still not enough. They know
more about their lifestyles than a healthcare
professional does when it comes to treatment, but
there is a serious lack of self-prevention in society.
The EU must try harder as a whole. Education is a
key element going forward.

DH: Over-treatment can be a problem. Many
people who are diagnosed with early stage cancer
do not need surgery of invasive treatment to
manage their issue - for example, in a diagnosis of
early prostate cancer.
Regular testing when there is a known problem
can keep the quality of life at virtually the
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