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In the Chair: Bartosz ARŁUKOWICZ, Chair 

 
Introducing the topic of the hearing, BECA Chair Bartosz Arłukowicz (EPP, PL) pointed out that he is 
himself a paediatrician and therefore has a very close personal involvement in this hearing. He also 
explained that the date of the hearing was chosen in between International Childhood Cancer Day and 
the start of the Rare Disease week. The Chair underlined that childhood cancer remains the principal 
cause of death by disease in children aged one year and over, and that, with over 100 types of 
childhood cancer, each case is considered as a rare cancer. There are more than 5 million rare cancer 
patients in Europe, which together represent approximately 25% of all cancer cases. 
 
Ewa Kopacz (EPP, PL), Vice-President of the European Parliament and Parliament’s Coordinator on 
Children’s Rights, took the floor for some introductory remarks. She pointed to the UN Convention on 
the Rights of the Child and the right of children to good quality health care. At the same time, she 
pointed to the complexity of treating childhood cancer and stressed that, while 80% of children with 
cancer can be cured, a quick diagnosis is of utmost importance. The quality of life of children with 
cancer and cancer survivors should also be highlighted.  
 
The hearing consisted of two parts: the first part focused on research, treatment and care of 
paediatric, adolescent and rare cancer, while the second part looked into the rights and needs of rare 
cancer and paediatric cancer patients, survivors, parents and caregivers.  
 
First panel: “Research, treatment and care of paediatric, adolescent and rare cancer”.   
Five experts presented in this panel, followed by a Q&A session with 16 MEPs and a representative of 
the European Commission, DG Research and Innovation. 
 
Prof. Gilles Vassal, President of the Innovative Therapies for Children with Cancer European Network 
(ITCC), was the first expert to take the floor. In his presentation, he explained that childhood cancer is 
a major health and socio-economic issue. Children with cancer are a heterogeneous population with 
highly specific needs. Survival rates across Europe vary up to 20%. Furthermore, there is an important 
lack of innovation as compared to adult oncology. He pointed to the need for revision of both the 
Paediatric and the Orphan Medicinal Products Regulations, for the following reasons: it is necessary 
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to switch from a drug-centric to a patient-centric regulatory environment; drug development should 
be driven by science and children patients’ needs rather than adult conditions; innovation should be 
promoted though focussed and flexible incentives and appropriate investment; a multi stakeholder 
cooperation - between academia, industry, regulators, patients’ advocates- is both feasible and of 
value. Moreover, Prof. Vassal explained the need to improve the accessibility of clinical research 
across Europe, including cross-border access to innovative medicines in early clinical trials; for this, it 
is important to invest in the European Reference Network for paediatric cancer PaedCan. As regards 
the accessibility of essential medicines and expensive new treatments, he pointed to the major 
inequalities across Europe and stressed the urgent need to tackle shortages of essential medicines. 
Finally, he explained that Europe’s Beating Cancer Plan put forward an EU network linking recognised 
National Comprehensive Cancer Centres in all Member States by 2025, which will integrate the 
existing four European Reference Networks that deal with rare cancers. 
 
Prof. Carmelo Rizzari, President-Elect of the European Society for Paediatric Oncology (SIOP Europe)  
underlined the need to improve results in all paediatric cancer areas through the development of new 
drugs, innovative strategies, new methodological approaches, data pooling, as well as the use of 
Artificial Intelligence. He stressed that eradicating inequalities is of paramount importance, pointing 
to the lack of a harmonised use of standard treatment protocols, the variable access to specialist 
services including radiotherapy, surgery and high dose chemotherapy, the inconsistent access to 
essential medicines (only 44% of essential medicines are reported as always available in 90% of 
countries in a 2 year period, whereas opportunities for participation in clinical trials differ a lot). 
Moreover, Prof. Rizzari explained that, while new classes of anticancer drugs have been discovered, 
these new drugs are not enough for children patients. He also pointed to the specific challenges faced 
by survivors of childhood cancer, with many of them suffering severe long-term consequences. To 
tackle these problems, he stressed the need for new treatment elements to replace existing therapies, 
in order to reduce treatment-related mortality and morbidity. 
 
Prof. Paolo Casali, Director at “Fondazione IRCCS Istituto Nazionale Tumori in Milano” and Chair of 
Rare Cancers Europe, focussed on rare cancers in more general terms. He explained that, as a medical 
oncologist, he treats adult sarcomas, a type of rare cancer. While he welcomed the Europe’s Beating 
Cancer Plan, which includes a flagship initiative for paediatric cancers, he expressed the hope for a 
similar flagship action for rare cancers in the future. He welcomed the fact that the Cancer Mission of 
Horizon Europe also covers paediatric cancers. Prof. Casali stressed that European Reference 
Networks (ERNs) have been the most promising initiative, with three of those ERNs dealing with rare 
cancers. However, he pointed to the problem of insufficient funding of those networks, also explaining 
that the existing ERNs still need to be integrated into a single comprehensive network with the 
participation of Member States’ institutions. Furthermore, Prof. Casali explained how helpful the 
issuance of clinical practice guidelines has been for practitioners, and pointed to the recently 
published “Rare Cancer Agenda 2030”. 
 
Prof. Wojciech Młynarski, Board Member of the Polish Society of Paediatric Oncology and 
Haematology, focussed on the outcomes in paediatric cancer, namely how to improve both survival 
and quality survival. Explaining the differences between paediatric and adult cancer care, he stated 
that the incidence and prevalence of paediatric cancer patients is approximately 1% of all cancer 
patients. Paediatric cancers present a different dynamic in cancer development characterised by a 
very fast growth, whereas treatment strategies are more aggressive, with high-dose multidrug 
chemotherapy regimens with targeted therapy. Outcome is better: more than 80% of paediatric 
patients with cancer are cured. However, cancer survivors might develop therapy related 
complications. There is also a genetic susceptibility, with many genetic syndromes predisposing to 
paediatric cancer. Treatment failure (resistance to treatment and therapy related complications) is 
linked to a series of factors, including age (neonates and adolescents and young adults (AYA)), access 
to novel therapeutic options, cancer biology, comorbidities, as well as genetic syndromes, which may 
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predispose to cancer in a percentage over 20%. To improve survival, Prof. Młynarski explained that it 
is important to facilitate legislation regarding non-commercial clinical trials, search for molecular 
targets, facilitate the access to novel targeted therapies, undertake research in genetic cancer 
predisposition syndromes at EU level, as well as establish registries for such genetic syndromes. To 
improve quality survival, he pointed out that it is important to increase awareness about paediatric 
cancer survivors, introduce a “cancer survivor passport”, undertake active screening for chronic 
complications, facilitate transition from paediatric care to adults, as well as promote research in 
chronic complications of anti-cancer therapy. 
 
Dr Eva Steliarova-Foucher, scientist at the International Agency for Research on Cancer (IARC), Section 
of Cancer Information, focussed on research and policies for the collection of data for childhood 
cancer. She explained that one person out of thousand aged between 20 and 29 years is a survivor of 
malignant disease diagnosed before the age of 20. To illustrate that number, she pointed out that 
more than 20 million childhood cancer survivors will be living in the USA by 2026. Focussing on cancer 
risk in childhood cancer survivors (CRICCS), Dr Steliarova-Foucher pointed to the need to understand 
the causes in order to target prevention. The objectives are to estimate the prevalence of childhood 
cancer survivors in Europe, quantify the risk of second cancers in survivors in Europe, and issue 
recommendations for registries. The expected impact is to provide information and guidance for 
patients and clinicians, quantify cancer burden in survivors, assess evidence-based treatment choices, 
and help to reduce the risk of a second cancer in survivors. Furthermore, Dr Steliarova-Foucher made 
a reference to the Ten Recommendations from the EU Joint Action on Rare Cancers as part of the 
“Rare Cancer Agenda 2030”, namely recommendation No 2 which states that “Rare cancers should be 
monitored epidemiologically and clinically, properly valuing population-based cancer registry data and 
real-world clinical data, encouraging all efforts to make all available databases interoperable”. 
Focussing on the General Data Protection Regulation (GDPR), she explained that the objectives should 
be: 1) Data protection, 2) Linking data for research, 3) International data sharing, and 4) Ethical 
approval of research. Finally, she pointed to the Childhood Cancer Data Initiative (CCDI), which will 
last for 10 years and aims to speed progress for childhood and adolescent and young adult (AYA) 
cancer research. 
 
Members’ questions addressed a range of issues, including the effect of electromagnetic fields (such 
as those in mobile phones) as regards childhood tumours, and the need for research into such causes 
given the important increase in childhood cancer incidence in recent years; the effect of food 
containing carcinogenic substances; the existence of any treatment protocols when a cancer is 
attributed to a genetic predisposition; the access of children to molecular therapy; how to improve 
the Regulation on non-commercial clinical trials and how to facilitate the access of children patients 
with poor prognosis to cross-border clinical trials; how to incentivise more research in childhood 
cancer; registries of data and how to improve the quantity, quality and availability of data; the 
required joint actions to exchange best practices at European level; personalised medicine in the form 
of precision oncology for children; the problem of wrongly interpreted data protection; the need for 
vaccination against Covid-19 for children cancer patients. 
 
In their replies, the expert speakers stated the following: as regards the influence of electromagnetic 
fields or other environmental exposures such as pesticides, the relevant studies have been 
inconclusive up to now, mainly due to the insufficient number of children having participated in those 
studies. Genetic causes of childhood cancer are most difficult to investigate; nevertheless, there are 
on-going epidemiologic studies, so we can hope to know more in the next ten years. Furthermore, it 
is most difficult to conduct clinical trials with drugs for cancers that are related to genetic 
predisposition, as these cases are unique, although there are efforts to issue some useful 
recommendations. There are still few examples of molecular therapy for children; European 
Reference Networks (ERNs) are however tackling this problem. The situation with non-commercial 
clinical trials is indeed problematic since several Member States do not yet authorise such trials, but 
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the effort for access to novel therapeutic options is ongoing. The revision of the Paediatric and Orphan 
Regulations to match the needs of children patients is precisely the best tool to incentivise research 
and investment in childhood cancer care, notably through public-private partnerships. Registries of 
paediatric cancer data do exist in some countries, but much more needs to be achieved, also because 
such data are not covered by the legislation that regulates adult cancer data registration. Gene 
therapy and immunotherapy are already used to treat leukaemia, and the target is to enable their use 
also for other paediatric malignancies. As regards equal access to cancer care, it is paramount to 
ensure, first, the access to standard diagnosis, and this is precisely an important task of PaedCan (ERN 
for paediatric cancer). Access to essential cancer medicines must be guaranteed with no interruption 
and should be fully integrated with the other existing therapies. ERNs are the best tool for cooperation 
but their networking with Member States’ cancer care institutions is not proper yet, also because of 
insufficient funding. Cross-border healthcare needs to improve, notably through coordination 
between national cancer care systems and ERNs so that the transfer of patients to other Member 
States is made only when it is necessary. Precision oncology for children is provided for in the EBCP 
and the relevant teams of experts are ready to undertake action. As regards the General Data 
Protection Regulation (GDPR), the “exemption for common good” is indeed interpreted in an 
extremely restrictive way in several Member States, which negatively affects the comparability of the 
data needed for proper research. 
 
The representative of the European Commission’s DG Research and Innovation, Barbara Kerstiens, 
intervened, pointing out that the EU has invested, through the 7nth Framework Programme for 
Research and Horizon Europe, EUR 250 million in more than 100 projects to support the collection of 
data through research & investment programmes. All these actions have enabled the development of 
novel therapies for childhood cancer, not only to cure patients but also to improve long-term side 
effects. The Mission Board for Cancer established through Horizon Europe will participate in the 
implementation of the EBCP. 
 
The BECA rapporteur Véronique Trillet-Lenoir (RE, FR) took the floor stating that, beyond the 
expected progress in research, the upcoming review of the Paediatric Regulation should give a new 
boost to innovation. In fact, since its entry into force in 2007, only nine new cancer medicines for 
children were developed, and they have been used to treat less than 10% of children patients. Equal 
access remains a paramount issue to tackle, and this can be done by reinforcing the ERNs such as 
PaedCan, improving cross-border health care, and facilitating more clinical trials. Better quality of life 
for survivors is a most important priority: the creation of a passport for paediatric cancer survivors in 
the EU and the establishment of a European network for them will be steps to improve post-cancer 
life, such as the possibility of employment and their right to be forgotten. The rapporteur finally noted 
that food safety would also be an issue to address in the near future. 
 
Second panel: “Rights and needs of rare cancer and paediatric cancer patients, survivors, parents 
and caregivers” 
 
Five experts presented in this panel, followed by a Q&A session with 7 MEPs and a representative of 
the European Commission, DG SANTE. 
 
Delphine    Heenen, Committee    Member    at    Childhood    Cancer International – Europe and 
Managing Director of KickCancer, outlined some of the challenges for parents and young patients with 
cancer.  
Many drugs are used off-label in paediatric oncology. As a result, some drugs are difficult to prescribe 
or social security in some countries do not reimburse them. Ms Heenen called for a legal framework 
that ensures that off-label drugs with paediatric indications are put on label. 
She welcomed the EBCP’s initiative to improve and standardise the training of healthcare 
professionals especially with a view to learning and awareness raising about pain management for 
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young patients. It is also crucial to train all paediatricians to detect or exclude cancer, even though it 
is rare, in young patients. The proposed Comprehensive Cancer Centres should specifically include 
young patients and give priority to psychosocial support for them and their family. 
While commending the achievements of the European Reference Networks, Ms Heenen called for 
better support and funding to ensure their long-term effectiveness. 
 
Two thirds of young survivors suffer from long-term side effects caused by their treatments. To 
minimise this impact, qualitative long-term follow-up through multi-disciplinary consultations and 
based on general guidelines is needed to prevent or reduce the co-morbidities. The use of digital tools 
offers great opportunities in this respect, as they will facilitate patients-reported outcomes.  
 
Dr Andrea Ferrari, Chair of the European Society of Paediatric Oncology (SIOPEurope) Adolescents   
and   Young   Adult (AYA) Committee gave a moving account of the specific challenges related to the 
management of adolescents and young adults (AYA) with cancer.  
As Dr Ferrari put it, “treating adolescents with cancer” is very different from “treating cancer in 
adolescents”. He explained the need for more focus on common psychosocial aspects such as fragility, 
immaturity, social and sexual experimentation, lack of a career or economic independence. AYA with 
cancer are faced with more adult-type tumours (carcinomas) and clinical challenges, such as a lack of 
specific biological understanding of AYA cancers, lack of access to specialised centres with age-
appropriate multidisciplinary care, lack of inclusion in clinical trials.  
In 2015, the European Society for Medical Oncology (ESMO) and the European Society for Paediatric 
Oncology (SIOPE) joined forces in the establishment of the “Cancer in AYA Working Group” in order 
to increase awareness and education among adult and paediatric oncology communities, enhance and 
exchange knowledge on specific issues in AYA, foresee joint integrated programmes between adult 
and paediatric oncology, and ultimately improve the standard of care for AYA with cancer across 
Europe. Their first joint project was a survey that pointed to the great geographical divide of AYA 
cancer care across Europe: Only 33 % of patients have access to specialised services for AYA with 
cancer, only 13% in Eastern/South-Eastern Europe, 45% in Western Europe and 60% in Northern 
Europe.  
The soon to be published ESMO-SIOPE position paper on AYA with Cancer identifies two main areas 
of action: improvement of access to clinical trials and the definition of minimal essential requirements 
for AYA centres. In response to the increasing complexity of cancer care for AYA and the broad 
landscape across Europe, a need for wider engagement was identified which led to the recent 
establishment of the “European Network for Teenagers and Young Adults with Cancer ENTYAC”. The 
Network operates as a federation where existing healthcare professionals, societies, national AYA 
professional groups, Non-Governmental Organisations (patients, advocates and their families) that 
have a stake in AYA cancer can co-operate and grow. 
 
Patricia   Blanc, President   of   Imagine   for   Margo,   Member   of Childhood Cancer International-
Europe, Member of the Cancer  Mission Assembly, reminded that every year 35.000 children & 
adolescents are diagnosed with cancer in Europe and that 6.000 of them die. Ms Blanc lost her 14-
year old daughter to a brain tumour. She addressed two priorities in the fight against childhood 
cancer: understanding paediatric cancer and access to innovative treatments to cure more and better.   
On the first point: Ms Blanc underlined that 10 % of paediatric cancer cases are hereditary, but in 90 
% of paediatric cancer cases, the cause is unknown. More knowledge to better understand childhood 
cancer for better prevention and treatment is therefore crucial. Recently, precision medicine and 
molecular sequencing for tumours have been developed for children and adolescents, together with 
other innovative initiatives that all have generated data. The challenge is to aggregate and analyse 
these data in order to accelerate research and the development of new drugs. Here, the EU has a 
major role to play to remove bureaucratic and financial obstacles.  
On the second point: new, innovative, tailor-made treatments are needed for paediatric cancers, not 
only for adult cancers. EBCP and the Cancer Mission propose several instruments and initiatives to 
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develop precision medicine, to accelerate access to innovation, to share and analyse data, in particular 
thanks to artificial intelligence. These are strong measures and opportunities and children should not 
be forgotten. The pharmaceutical industry should develop treatments for paediatric cancers; a review 
of the European regulations in this respect should be carried out without wasting time. Authorisation 
of new treatments should go faster, and administrative processes simplified.  
Ms Blanc pointed out that the COVID experience has shown that in the event of a health crisis, Europe 
and Member States can act quickly, prioritise the development of new treatments, and speed up 
authorisations. She urged to make use of these new possibilities to cure paediatric cancers, the leading 
cause of death from disease in young children in Europe.  
 
Prof. Alicja Chybicka, Head of Cape of Hope Department of Paediatric Bone Marrow Transplantation, 
Oncology and Haematology, at Medical University of Wrocław, compared the fight against cancer to 
fighting a war because cancer in children destroys their metabolism. In the 18 comprehensive cancer 
centres in Poland, a holistic approach to treating the children is applied, providing oncological and 
mental support including for the parents. Prof. Chybicka stressed the importance of ensuring the 
child’s wellbeing in all aspects: their material, educational and subjective well-being, health care and 
safety, family and peer relationships. The EU should support the financing of innovative treatments 
and help ensure the wellbeing of children with cancer.  
Among the challenges in treating childhood cancers in Poland, Prof. Chybicka mentioned the lack of 
reimbursement of gene therapy with CAR T cells and access to COVID19-vaccinations for children with 
cancer and children with transplantations.  
 
The final expert speaking was Dr Lydie Meheus, Managing Director of the Anticancer Fund, an 
independent international research organisation. She cited Mr Mazzucato, the well-known economist 
behind the Cancer Mission, who said, “If the goal of Europe is better public health, then Europe could 
serve its stakeholders by being more entrepreneurial”. Dr Meheus then proposed several solutions 
with Europe “in the driver’s seat” to deliver affordable treatments with tangible benefits for patients 
with rare cancers including children.  
First, ensure that all marketed drugs with a scientific rationale are available for rare cancers: bring off-
patent label drugs on label - very important for paediatric oncology. The European Commission STAMP 
expert group (Safe and Timely Access to Medicines for Patients) works on repurposing off-patent drugs 
in dialogue with all stakeholders (industry and not for profit).  
An EMA pilot project on clinical trials, driven by science and patients, is integrated in the new 
pharmaceutical strategy and foreseen to start in 2021. In this concept, clinical trials are executed with 
(governmental or philanthropic) public money. The EMA mandate should be expanded to advice on 
data of off-patent medicines for rare cancers.  
Dr Meheus underlined that in order to find the best therapy for the patient, independent patient-
centred (as opposed to drug-centric) platform trials are needed allowing for the selection of the best 
treatment. She gave the successful example of the so-called ‘Recovery trial’ for COVID19 that was 
based on multi-stakeholder collaboration and data sharing and supported by the UK government and 
the Bill & Melinda Gates Foundation. It yielded solid evidence both for patented and for generic drugs. 
The EU should apply the same approach to develop drugs for rare cancers. However, EBCP or the 
Cancer Mission do not foresee funding for this type of non-commercial clinical trials. 
Dr Meheus also called for support for public disease registries capturing valuable patient-level data 
for decision-making and guidelines and added that the Joint Research Centre and the European Health 
Data Space could play a role to support cancer registries through the Knowledge Centre. 
 
Members’ questions addressed a range of issues, including quality of life aspects, fertility issues for 
cancer patients, the long-term effects of cancer on survivors, including the right to be forgotten, the 
impact of carcinogenic substances, ensuring sufficient funding for paediatric and rare cancer research 
and affordability of treatments for everyone. Members also asked about ensuring a holistic approach 
to cancer at EU-level and about COVID19-vaccins for cancer patients. They stressed the importance of 
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a patient-centred approach. Members also gave examples of inequalities in access to treatment and 
survival rates across Europe.   
 
In their replies, the experts underlined that, in order to ensure the quality of life aspect in clinical trials, 
collaborative groups and patients, not the party that brings the drugs to the market, should drive their 
design. Fertility issues are a matter of health literacy and need more attention. Ongoing 
comprehensive support during remission is crucial; it is difficult to understand why so few countries 
have implemented the concept of “the right to be forgotten”. Experts furthermore indicated that they 
are willing to work with the Parliament on the revision of the Paediatric Regulation. Concerning 
accessibility of treatments, in the current situation only the market authorisation holder can bring the 
treatment to the patient. Legislation is needed to allow third (non-commercial) parties to set up trials; 
then it is up to the regulator to decide. EMA is willing to reach out to other parties, in light of the fact 
that commercial parties do not have an incentive to invest in research into rare and paediatric cancers 
because of the insufficient return on investment (ROI). It was underlined that treating a patient is not 
treating a cancer; therefore, the EU should establish clear definitions for cancer centres with regards 
their medical protocols but also concerning the availability of age-specific psychologists, nutritionists 
etc. to ensure the global care of the patients. A crucial point is the direct involvement of patients in all 
stages, and to ask the patients what their needs are. Ethical committees that approve clinical trials 
should have guidelines to ascertain that patients themselves (and sometimes their parents) have been 
involved. The experts also stressed the importance of cooperation and exchange of information and 
advice through European Reference Networks to help tackle inequalities across Europe, for example 
in the case of distant regions, by making the information travel instead of the patients. The question 
of vaccination of children with cancer against COVID19 remains a very difficult one for an oncologist. 
All cancer patients are vaccinated against the flu, but COVID19 is more complicated. However, it 
should be possible for oncological transplantation doctors to vaccinate children against COVID19 if 
they feel this is appropriate, although it always remains a very individual decision.  
 
The representative of the European Commission’s Cancer Task Force in DG SANTE, Matthias 
Schuppe, intervened as the last speaker. The Commission acknowledged the specific complexity of 
paediatric cancer by devoting a specific chapter on paediatric cancers in their Cancer Plan. A key action 
is the launch of a comprehensive research agenda for paediatric medicines and for issues related to 
quality of life and survivorship. The UNCAN initiative will also contribute to better understand cancer.  
The European Reference Networks will be geographically expanded to ensure access for more patients 
to the special expertise of these Networks. The Commission will also provide support to Member 
States to establish comprehensive cancer centres at national level within wider European networks.  
With respect to the data issue, within the European Health Data Space, existing data will be made 
accessible both for patients and for research programmes and rare disease registries will be 
established. Mr Schuppe also mentioned the STAMP group and the project on repurposing of drugs 
using High Performance Computing. The ongoing revision of the paediatric regulation will facilitate 
access for cancer patients to innovative medicines. Lastly, the revision of the clinical trials Regulation 
will take into account the needs of paediatric patients.  
 
Catch up with the hearing here (part 1) and here (part 2)  
Consult the experts’ presentations here. 
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