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“Training and clinical investigation” 

 
                                                               
 
 
                                                              



“La sperimentazione clinica” 

 
                                                               
 
 
                                                             Clinical Trial 



“Questo è uno 
 studio osservazionale in doppio cieco” 

 
   «Scusi dottore, ma come osservazionale?» 
 
“Dottoressa, lo studio è osservazionale perché prendo i 
pazienti, li randomizzo, ad un gruppo do il  farmaco 
sperimentale, all’altro no e poi OSSERVO gli effetti”  

! 
 



“This is a double blind observational 
study” 

 
Excuse me, doctor, what do you mean by 
«observational?» 
 
«This is an observational study because first I randomise 
the patients  so that one arm will be administered the 
investigational drug and the other not, then I will 
OBSERVE the outcomes» 

! 
 



…And other examples 

• «Do I have to open the blind to draft the final study 
report?» 

    YES  
    «How do I open the blind then?» 
 
• «What does RCT mean?» 

 



Training in clinical trials 
Importance of a good training in pharmacoepidemiology 
and methodology of clinical trials 
 
 …to identify the right questions 

 
 And to choose the correct way to get the answers 

 
This will translate into the best study design to achieve 
this goal 

 
 
 



I have found the solution, I will continue 
the trial and reduce the sample size. So 

the new potency will be 38%! 
Biostatistics 
 
 Clinical trials designs, randomization, internal and 

external validity, frequentist reasoning, statistical tests 
and confidence intervals, bias, type-1 error, power and 
sample size, multiplicity   

 Adaptive designs including sample size re-estimation 
 Meta-analysis in clinical development 

 
  
   



And keep updated….. 

Pharmacogenetics and biomarkers:  
 
 biomarker validation and qualification during the course 

of a drug life cycle (drug development and 
postmarketing pharmacovigilance), companion 
diagnostics, obligatory genetic tests, good genomic 
practice, targeted therapies, genomewide association 
studies (GWAS), preclinical issues …  
 

…precision medicine  
 

  
   



And keep updated….. 
Guidelines  
 
 ICH 
http://www.ich.org/home.html  
 EMA 
http://www.ema.europa.eu/ema/index.jsp?curl=pages/reg
ulation/general/general_content_000043.jsp&mid=WC0b0
1ac05800240cb  
 
Scientific associations etc… 
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The budget 

Training in pharmacoeconomy 
 
 Identify each cost 
 Plan the economic sustainability of the trial 
 Plan sustainable and affordable trials 

 
 
 



GCP 
 
Regulation (EU) 536/2014: 
  
In a clinical trial the rights, safety, dignity and well-
being of subjects should be protected and the data 
generated should be reliable and robust. The 
interests of the subjects should always take priority 
over all other interests.  

 
 
 
 



The idea is brilliant, and now? 
The rules. 
 
Directive 2001/20/CE 
Legislative Decree 211/2003 
Directive 2005/28/CE 
Legislative Decree 200/2007 
AIFA Resolution 23rd December 2008 
Law 8° November 2012, no. 189 
…….. 

 
…Regulation (EU) 536/2014 

 



How to start and get to the end 

 The investigational site 
 The Ethical Committee(s) 
 Feasibility 
 Damage compensation measures (insurance) 
 The contract 
 The application (CTA) 
 Substantial modifications 

 
Planning….timing 

 



The team 

 Data monitor 
 Clinical trial nurse 
 Administrative staff 
                                                  …The patient 

 
 
 



 
 

You can do anything you set your mind to, man  



CONTATTI 

 

t  06 59784222 

e s.petraglia@aifa.gov.it 

W www.agenziafarmaco.gov.it 

mailto:s.petraglia@aifa.gov.it
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