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Rare Cancer- Rare diseases  EU Regulation 
141/2000 on Orphan Medical Products  

 

• Rare disease 5/10 000- 

 

• Rare tumors 22% of all cases of cancer- 4.3 mil people  

 

• 52% cancer mortality  

 
 

 

• More common tumours- pancreas, small cell lung cancer, lymphoma 

 

• Super orphan tumour- GIST, neuroendocrine tumors   



 Prevalence  effected by mortality   

 

 Incidence less  6/100 000  ( number of new cases) 

 

CZ incidence 12 708 (per 10,7 mil. Inhibitants)  

 

 

Rare Cancer initiative - ESMO  







Acces to treatement  in CZ  

• Network of Comprehensive Cancer Centre 12 

 

• 2 National Cancer Centres ( Praha,Brno)- ERN – EURACAN , OECI 

 

• Clinical trials – industry sponsored, academic , EORTC   

 

• Orphanet – CZ mutation  

 

• Specific procedures in the CZ regulation for not reimbursed drugs  



ONCOLOGY AND IMMUNOLOGY/INFECTIOUS DISEASES 
EXPANDED THE MOST 

The nature of clinical trials in the CR has been changing for a long time; there is a shift from clinical trials focused on general health 

to clinical trials focused on highly specific diagnoses and personalized treatment. This is reflected in the increase in clinical 

trials in Oncology and Immunology that focus on rare diseases or require a personalized approach.  
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Total conducted AIFP clinical trials by area during 2013 - 2019 

2013 2015 2017 2019 

 Oncology and Immunology as one of the therapeutic areas showed a major increase in 

the total number of clinical trials, by 56% (Oncology) and by 45% (Immunology) as 

compared to 2015. 

 From among other areas, only the number of clinical trials for nervous system 

diseases increased (+ 8 %) as compared to  2017. However, the number of clinical trials in 

this area also dropped as compared to 2015. 

 The remaining therapeutic areas showed a drop in the number of clinical trials not only 

as compared to 2017 but also as compared to 2015, except for Cardiology. 



ONCOLOGY AND IMMUNOLOGY SHOW THE HIGHEST 
PERCENTAGE ON ALL CONDUCTED CLINICAL TRIALS   

Oncology and Immunology exceed the remaining therapeutic areas in terms of the number of clinical trials. In 2019, oncology 

clinical trials represented one-third of all clinical trials and together with immunology and infectious disease clinical trials represented 55% 

of all clinical trials in the CR.   
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Structure of conducted clinical trials by therapeutic area in 2019  
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 Oncology has the 

largest percentage of 

clinical trials (33%). This 

percentage keeps 

steadily growing since 

2015. Oncology 

represented 21 % of 

clinical trials in 2015 and  

27 %  of clinical trails in 

2017.   

 Immunology also 

showed an increase -  

from 14 % in 2017 to   

22 % in 2019. In 2015, 

Immunology represented 

only 7 % of clinical trials, 

i.e. its percentage has 

gone up by 15 

percentage points 

since 2015.  

 There is a significant 

decrease in 

Rheumatology -  from 

12 %  

in 2017 to 6 % in 2019. 

 The percentage of 

Neurology also 

dropped as compared 

to 2015 – by 4 

percentage points; other 

therapeutic areas 

showed comparable 

values.  

 

 

 



Availability delay after EMA Registration  
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Delay of OMP to National Health System    



Rare cancer of gallbladder 

 FDA – approved 3/20 for rare 
muations  FGFR + (20-30%)   

The Lancet – Oncology  
• Pemigatinib for previously treated, locally advanced or 

metastatic cholangiocarcinoma: a multicentre, open-
label, phase 2 stud 

 

74- old male, Advanced metastatic diseases- lung, liver, nodes  
Pemazyre since 1.10. 2020 

Improved , back to work as family physician 
  

No possibility to access trial outside CZ  



Finding patients for the clinical 
trials 

 
ESMO guidelines  NGS  Annals of Oncology  20/07/2020  

  

NGS                                                      TMB 
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• Subsidiarity – affordability – disparities between MS  

 

 

 



Expectations  

CZ - Change the legislation  for access of orphan drugs – different evaluation, not only base on HTA – cost- 
effectiveness 

 

Genetic testing at the  time of diagnosis – NGS – to find targetable alterations   in the time of personalized 
medicine  

 

Discussion on EU regulation for OMP -  more rare tumour from non rare conditions -more  OMP – 
personalized medicine- methodology of clinical trials  

 

EU- Easely  accesible database of CT 

 

Awarness of ERN and the implementation into national health care system 

 

Horizont Europe Cancer Mission  – the recommendations  should be included  in national cancer plans   

 



ERNs promise to share… Knowledge sharing at scale will only 
succeed in an inclusive ecosystem, where ERNs coordinate 
with the national healthcare systems and are fully 
integrated with local services. We expect to see real 
collaboration between the right experts, supported by 
effective tools and we want the ERNs to be the first-stop, go-
to place for trusted information on all rare diseases.  

The COVID-19 pandemic has shown, if anything, that structured 
collaboration is key to achieve better health outcomes in 
complex situations such as those experienced by people living 
with a rare disease  “Communication from the Commission to the European Parliament, the 

council, the European Economic and Social Committee and the Committee 
of the Regions Short-term EU health preparedness for COVID-19 outbreaks,” 
2020. 


