
Should evidence be obtained by RCTs only? 
 

The role of RCTs and real life studies for better decision in respiratory medicine. 
  

F. Arpinelli, MD 
Medical Dept. GSK, Verona 

 

on behalf of G. Caramori, R. Bodini, P.A. Santus 

 



Conflict of interest disclosure
 I have no, real or perceived, direct or indirect conflicts of interest that relate to 

this presentation.

X  I have the following, real or perceived direct or indirect conflicts of interest that 

relate to this presentation: 
Affiliation / financial interest Nature of conflict / commercial company name

Tobacco-industry and tobacco corporate affiliate related 
conflict of interest

Grants/research support (to myself, my institution or 
department):

Honoraria or consultation fees:

Participation in a company sponsored bureau:

Stock shareholder:

Spouse/partner:

Other support or other potential conflict of interest: Permanent Employee of a Pharmceutical Company

This event is accredited for CME credits by EBAP and speakers are required to disclose their potential conflict of interest going 
back 3 years prior to this presentation. The intent of this disclosure is not to prevent a speaker with a conflict of interest (any 
significant financial relationship a speaker has with manufacturers or providers of any commercial products or services relevant to 
the talk) from making a presentation, but rather to provide listeners with information on which they can make their own judgment. 
It remains for audience members to determine whether the speaker’s interests or relationships may influence the presentation.
Drug or device advertisement is strictly forbidden. 

Conflict of interest disclosure
 I have no, real or perceived, direct or indirect conflicts of interest that relate to 

this presentation.

X  I have the following, real or perceived direct or indirect conflicts of interest that 

relate to this presentation: 
Affiliation / financial interest Nature of conflict / commercial company name

Tobacco-industry and tobacco corporate affiliate related 
conflict of interest

Grants/research support (to myself, my institution or 
department):

Honoraria or consultation fees:

Participation in a company sponsored bureau:

Stock shareholder:

Spouse/partner:

Other support or other potential conflict of interest: Permanent Employee of a Pharmceutical Company

This event is accredited for CME credits by EBAP and speakers are required to disclose their potential conflict of interest going 
back 3 years prior to this presentation. The intent of this disclosure is not to prevent a speaker with a conflict of interest (any 
significant financial relationship a speaker has with manufacturers or providers of any commercial products or services relevant to 
the talk) from making a presentation, but rather to provide listeners with information on which they can make their own judgment. 
It remains for audience members to determine whether the speaker’s interests or relationships may influence the presentation.
Drug or device advertisement is strictly forbidden. 

Permanent employee of a Pharmaceutical Company 

I hold GSK shares 



Research evolves by answering new questions, including questions 
on how research itself should be conducted.  Saturni et al, 2014 
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RCTs • RCTs 
• observational studies 
  

From Caputi A.P., Farmacologia, Minerva Medica, 2011, modified 
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Randomized clinical trials  are 
considered the most evident 
source of data. 
 
 
Observational studies have a 
lower level of evidence 







RCTs are designed to address the regulatory question: “Can this intervention work in an 
optimized research setting?”  
Clinicians, patients, policy makers, insurance companies need answers about the practical 
effectiveness of available management approaches “Which interventions work in which clinical 
practice setting?” 
Moreover, stakeholders also need information on long-term safety, cost and cost-effectiveness. 





Eur Respir J 2014; 43: 763–772 

 
 
 

adherence 

Data by Italian Drug Agency – AIFA 2014 



• no randomization 
• confounding factors 
• unbalanced groups of pts 



• large retrospective studies 
• long study period 
• depict real-life setting 
• Sweden has a reliable/well  
  organized registry system 
  

• in most cases lack of spirometry 
• no information on severity of COPD  
• no BMI 
• no information on adherence to the treatment 
• no clear whether pneumonias  were radiographically  
  confirmed  
• the study started in 1999 (drugs not available for COPD) 



CER 

• a lot of scientific data 
• poor comparative data  
• efficacy is not effectiveness 

Different inhalers, the same ease of use? 
Wrong use, good therapeutic results? 





Conclusions 
 
• RCTs are the gold standard for providing “efficacy” in  selected  
  patients 
 
• Real life data could be of paramount importance, but  the lack of   
  randomization makes them useful for  hypothesis generation 
 
• Clinicians should know clinical outcomes in a large real life scale 
 
• Payers should pay for practical evidence, not for theory 
 
• Pragmatic studies could represent an interesting tool  for practical 
  comparisons with limited bias, also for  regulatory purposes 


