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▪ Efficacy and effectiveness : bridgind the gap.....

▪ HTA – a social benefit, a united Europe for all citizens

▪ HTA – Advances in Portugal and cooperation in Europe
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The need of Bridging the Gap

?
“If it were not for the great variability 

among individuals, medicine might  

as well be a science and not an art.”  

Sir William Osler, 1892

(REF. 1)

(REF. 2)

 

Variability and treatment scenarios

O PI NI O N

Bridging the efficacy–effectiveness 

gap: a regulator’s perspective 
on addressing variability of drug 

response

Hans-Georg Eichler, Eric Abadie, Alasdair Breckenridge, Bruno Flamion,  

Lars L. Gustafsson, Hubert Leufkens, Malcolm Rowland, Christian K. Schneider 

and Brigitte Bloechl-Daum

Abstract | Drug regulatory agencies should ensure that the benefits of drugs 

outweigh their risks, but licensed medicines sometimes do not perform as 

expected in everyday clinical practice. Failure may relate to lower than anticipated 

efficacy or a higher than anticipated incidence or severity of adverse effects. Here 

we show that the problem of benefit–risk is to a considerable degree a problem of 

variability in drug response. We describe biological and behavioural sources of 

variability and how these contribute to the long-known efficacy–effectiveness gap. 

In this context, efficacy describes how a drug performs under conditions of clinical 

trials, whereas effectiveness describes how it performs under conditions of 

everyday clinical practice. We argue that a broad range of pre- and post-licensing 

technologies will need to be harnessed to bridge the efficacy–effectiveness gap. 

Successful approaches will not be limited to the current notion of pharmaco-

genomics-based personalized medicines, but will also entail the wider use of 

electronic health-care tools to improve drug prescribing and patient adherence.
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FROM EFFICACY TO  EFECTIVENESS
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HOW DO WE MEASURE COMPARATIVE EFFECTIVENESS?
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GetReal: http://www.imi-getreal.eu/

New methods to assess the effectiveness of new drugs under ‘real-life’ conditions. A 
paradigm change is needed to better integrate real-world data into drug development and 
to provide health technology assessment (HTA) agencies with the tools they need to reach 
the right decisions regarding the effectiveness of new medicines. This is the focus of the 
GetReal consortium, which gathers academic institutions, HTA agencies, regulators, patient 
organizations, small- and medium-sized enterprises and pharmaceutical companies. 

Nature Reviews, Drug Discovery, Vol 14, January 2015.
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HTA – A SOCIAL BENEFIT, A UNITED EUROPE

Source: European Commission - Directorate General For Health And Food Safety, Strengthening of the EU cooperation on Health Technology Assessment (HTA) Online public consultation report

ATS

HTA

• HTA is defined as a multidisciplinary process that summarises information in a systematic, unbiased and robust

manner about the medical, economic, organisational, social and ethical issues related to the use of a health

technology.

• The goal of HTA is to support decision makers at national, regional or local level in their efforts to ensure that patients

are treated with the best available treatment while keeping the health budgets under control/in balance.

HTA is an important tool that helps National Authorities to
analyze and establish the added value of new technologies
when compared to existing ones.
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HTA – A SOCIAL BENEFIT, A UNITED EUROPE

SEPT 2016

INCEPTION IMPACT
ASSESSMENT

• Health expenditure in EU: 1.300 billions € /year

• Market entry of new technologies with low added 
value but with high budgetary pressure 

• Member States recognize the importance of HTA 

• HTA has costs and consumes specialized resources

• Cooperation between Member States arises for joint or 
shared evaluation 

• EUnetHTA 1 | 2010-2012

• EUnetHTA 2 | 2012-2015

• EUnetHTA 3 | 2016-2020 (>70 members)

• HTA model (2 ways) Legal Aspects

Rapid
Relative
Effectiveness
Assessment

Complete 
HTA

Social Aspects

Organizational Aspects

Ethical Analysis

Cost and Economic Evaluation

Safety

Technical Characteristics Description

Technology Usefulness
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HTA – A SOCIAL BENEFIT, A UNITED EUROPE

Patient Participation
considered…

• VERY IMPORTANT (67%) 

• IMPORTANT (27%)

User/patient point of view
allows to meet…

• Needs

• Quality of Life

• Treatment preferences

• Side effects acceptance

• Therapy adherence

Patient involvement improves 
process and decision

regarding…

• CREDIBILITY

• JUSTICE

• EQUITY
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HTA – ADVANCES IN PORTUGAL

HEALTH 
TECHNOLOGIES 
ASSESSMENT
NATIONAL
SYSTEM IN 
PORTUGAL

CREATE THE FUTURE

Health Technologies Assessment Commission
(CATS)

Methodology for 
Pharmacotherapeutic 

Assessment



Evolução do Sistema Nacional de ATS (VI)
Novo Modelo SiNATS

FNM
Avaliação/ Identificação das 

condições de utilização (SNS) 

Comissão Nac. Farmácia e 
Terapêutica (CNFT)

- Parecer para inclusão (ou 
não) do medicamento no FNM

INFARMED IP (várias 
apresentações obre o SiNATS)
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REINFORCE COOPERATION IN EUROPE BOOSTS INNOVATION 

 

Assessin g  h eal t h  t ech n o logy  in  t h e EU:  Com m ission  p r op oses t o  r e in f o r ce

cooper at ion  am on g st  Mem b er  St at es
 
Brussels, 31 January 2018
 

Eu r op ean  Com m ission  -  Pr ess r e lease

Assessin g  h eal t h  t ech n o log y  in  t h e EU:  Com m ission  p r op oses t o  r e in f o r ce coop er at ion

am on g st  Mem b er  St at es

Today the Com m ission has put  forward a proposal to boost  cooperat ion am ongst  EU Mem ber States for

assessing health technology. Greater t ransparency will em power pat ients, by ensuring their  access to

inform at ion on the added clinical value of new technology that  could potent ially benefit  them . More

assessments could lead to effect ive, innovat ive health tools reaching pat ients faster. For nat ional

authorit ies it  means being able to form ulate policies for their  health system s based on m ore robust

evidence. Furthermore, m anufacturers will no longer have to adapt  to different  nat ional procedures.

Vice-President  Kat a in en  said:  "Reinforcing Health Technology Assessm ent  co-operat ion at  EU level

boosts innovat ion and im proves com pet it iveness of the m edical indust ry. The healthcare sector is a

crucial part  of our econom y, it  accounts for approxim ately 10%  of the EU's GDP. We are proposing a

regulatory fram ework that  will br ing benefits to pat ients all over Europe, whilst  encouraging innovat ion,

helping the take-up of high-qualit y m edtech innovat ions and im proving the sustainability of health

system s across the EU."

Comm issioner for Health and Food Safety, Vytenis An d r iu k a i t is, added:  "Today, the Com m ission has

put  the wheels in m ot ion for bet ter qualit y, innovat ive healthcare for the benefit  of pat ients, especially

those with unm et  m edical needs. I  also expect  this init iat ive to result  in a m ore efficient  use of

resources by Mem ber States through the pooling of resources and exchanges of expert ise, thereby

avoiding duplicat ions in the assessment  of the ident ical products".

The proposed Regulat ion on Health Technology Assessment  (HTA)  covers new m edicines and certain

new m edical devices, providing the basis for permanent  and sustainable cooperat ion at  the EU level for

joint  clinical assessm ents in these areas. Member States will be able to use com mon HTA tools,

m ethodologies and procedures across the EU, working together in four main areas:  1)  on j o in t  cl in ica l

assessm en t s focusing on the most  innovat ive health technologies with the m ost  potent ial im pact  for

pat ients;  2)  on  j o in t  scien t i f i c con su l t a t ion s whereby developers can seek advice from HTA

authorit ies;  3)  on id en t i f i cat ion  o f  em er g in g  h eal t h  t ech n o log ies to ident ify prom ising

technologies early;  and 4)  on cont inuing v o lu n t ar y  coop er at ion  in other areas.

I ndividual EU count ries will cont inue to be responsible for assessing non-clinical (e.g. economic, social,

ethical)  aspects of health technology, and making decisions on pricing and reim bursement .

 

Nex t  st ep s

The proposal will now be discussed by the European Parliam ent  and the Council of Ministers. I t  is

expected that  once it  is adopted and enters into force, it  will becom e applicable three years later.

Following the date of applicat ion, a further three-year period is envisaged to allow for a phase- in

approach for Mem ber States to adapt  to the new system.

 

Back g r ou n d

The proposal comes after m ore than 20 years of voluntary cooperat ion in this area. Following the

adopt ion of the Cross-border Healthcare Direct ive (2011/ 24/ EU) , a voluntary EU-wide network on HTA

com posed of nat ional HTA bodies or agencies was established in 2013 to provide st rategic and polit ical

guidance to the scient ific and technical cooperat ion at  EU level. This work, complem ented by three

consecut ive Joint  Act ions[ 1]  on HTA, has enabled the Comm ission and Mem ber States to build a solid

knowledge base on m ethodologies and informat ion exchange with regards to the assessm ent  of health

technology.

Cooperat ing on HTA on a sustainable basis at  EU level should ensure that  all EU count r ies can benefit

from  the efficiency gains, m axim ising EU-added value. St rengthened EU-cooperat ion in this area is

widely supported by stakeholders interested in pat ients' t im ely access to innovat ion. Stakeholders and
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