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• —EUROSCAN 2014

“Horizon scanning systems aim to identify, filter, and prioritise new
and emerging health technologies; to assess or predict their impact
on health, costs, society, and the health care system; and to inform
decision makers and research planners.”
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Scan your 
horizon

What do you need it 
for?

Identify
Technologies of 
interest to you

Organise 
the information
and prioritise

Examples

Advice

Please share this 
training with your peers. 

Horizon can best be 
scanned when different 

people look in all 
directions! 

In this presentation
Horizon scanning



What would you scan your horizon for?

•1 •2 •3 •4 •5



•FACTS
•EU register of pharmaceuticals

For your own disease, do you know how many products are in R&D phase?

Disease Number of designated orphan products 

Cystic Fibrosis 24

Systemic Sclerosis 12

Hepatocellular carcinoma 15

Glioma(s) 24

Lymphoma(s) 37

Niemann‐Pick 5

Beta‐Thalassemia 5

Myastenia Gravis 3

Multiple Myeloma 7



From pre-clinical stage? From 
proof of concept studies? From 

confirmatory studies? From 
their results?

So doe the EMA or HTA bodies. 
Consider exchanging views with 

them.

Ask yourself • And also: medicines only, or other technologies? In vitro diagnostics? 
Implantable devices? Connected devices?
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Early Warning System DACEHTA 
(Denmark)

Alert System SBU (Sweden)
Emerging Drug List CADTH 

(Canada)
Horizon Scanning in oncology 

(Austria)
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Example: Pompe disease 
(36)

(28)
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• Academic research

• Early trials in humans – products that could 
work

• Products that seem to be effective
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•1 identify

https://www.ncbi.nlm.nih.gov/pubmed

PubMed comprises more than 28 million 
citations for biomedical literature from 

MEDLINE, life science journals, and online 
books

• Citations may include links to full‐text content 
from PubMed Central and publisher web sites

•Your main source: Pubmed



SPEED
Focus on recent scientific work

•time
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•Identify 1

• Share the work with your peers
• Record the information you find, someone might 

use it later 

• You may find topics you didn’t think of in the first place



• References 4 and 5: 2 different products

•Lucky

•Identify 1
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Start organising the information

•1 •2 •3 •4 •5

Reference : Horizon scanning for patients, by patients – EUROCAB programme, F. Houÿez –© EURORDIS 2018
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•1

• Pre‐clinical? Phase 1? 2? 2a? 2b? 2‐3? 3?
• Be selective

•Read the abstract
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Start organising the information

•6 •7 •8 •9 •10

Reference : Horizon scanning for patients, by patients – EUROCAB programme, F. Houÿez –© EURORDIS 2018







• First step: your literature review 
• You might need to cross‐check with other sources

And share the workload: 54 articles reviewed by 6 volunteers = 9 each

•!
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•Identify 2

• Which one to choose? 

• EMA, NIH, WHO publish information on clinical trials





• Who | What | Where | When | Why

•The European Register

•2
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31
different creation dates / NIH with early phase 1

78
Will help detect products with clinical trials in humans (phase 1 onwards)

•CT search



This is the phase 2b trial with duvoglustat, started 2009, published 2017
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Orphan  drug designations
• EU: 6 designated products

• USA: 9 designated products
• Authorised:

• Myozyme®: EU and USA
• Lumizyme®: USA

• European Register of Pharmaceuticals
• EMA PRIME scheme

• FDA Orphan Drug Office

•Identify 3



• Adeno‐associated viral vector serotype 8 containing 
the human acid alpha‐glucosidase gene

• Recombinant human acid alpha‐glucosidase

• Recombinant human acid alpha‐glucosidase 
conjugated with mannose‐6‐phosphate analogues

• Recombinant human alpha‐glucosidase conjugated 
with multiple copies of synthetic bismannose‐6‐
phosphate‐tetra‐mannose glycan

• Recombinant adeno‐associated viral vector containing 
human acid alfa‐glucosidase‐gene

• Glycosylation independent lysosomal targeting tagged 
recombinant human acid alpha glucosidase
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Revealing key points 
enhances comprehension
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Class name (e.g. biosimilar, gene therapy…)
Enzyme Replacement

Authorised
abbreviation
active substance name
brand name / EPAR
pharmaceutical company

Experimental
abbreviation
active substance name
brand name / SOP
pharmaceutical company

rhGAA
Recombinant human acid alfa‐glucosidase
Myozyme® / EPAR
Genzyme

ATB200
Rec. hum. alpha‐glucosidase with Miglustat
‐ / SOP
Amicus therapeutics

Enhancer / Chaperone

AT2220
Duvoglustat
‐
Amicus therapeutics

Gene therapy

‐
Adeno‐associated viral vector serotype 8 + 
human acid alpha‐glucosidase gene
‐
Dr Philippe Moullier, 1 rue du Roi Albert, 
44000 Nantes, France 

‐
Recombinant adeno‐associated viral vector 
+ human acid alfa‐glucosidase‐gene
‐ / SOP
Audentes Therapeutics UK Limited



Product Developer Designation

Fixed‐dose combination of fosfomycin disodium 
and tobramycin

CURx Pharma (UK) Limited 2015

Multilamellar microvesicle Lamellar Biomedical Ltd 2011
Nafamostat mesilate Mucokinetica Ltd 2010

Nitric oxide Biological Consulting Europe Ltd 2015

Phosphoinositide 3‐kinase gamma peptide Kither Biotech s.r.l. 2017

Plasmid DNA encoding the human cystic fibrosis 
transmembrane conductance regulator gene

Imperial Innovations Limited 2014

Recombinant human acid ceramidase Plexcera Therapeutics EU Limited 2015

Recombinant human CXCL8 mutant ProtAffin Biotechnologie AG 2013

Sinapultide Pharm Research Associates (UK) 2011

Sodium nitrite+ethylenediaminetetraacetic acid Arch Bio Ireland Ltd 2016

Tobramycin (inhalation powder) (TOBI 
Podhaler) Novartis Europharm Limited 2003

cyclopentadecane‐13,15‐dione Synovo GmbH 2014

Cyclopropanecarboxamide Vertex Pharma (Europe) 2014

carboxamide and ivacaftor Vertex Pharma (Europe) 2017
oxazol‐6‐yl)acetamide Clinical Network Services (UK) Ltd 2015

methylpyridin‐2‐yl)benzoic acid Vertex Pharma (Europe) 2010
hept‐2‐yl]methyl]benzoic acid Coté Orphan Consulting UK Limited 2014

4,6,4’–trimethylangelicin Rare Partners srl Impresa Sociale 2013
tetrahydrocannabinol‐9‐carboxylic acid TMC Pharma Services Ltd 2016

Alpha‐1 proteinase inhibitor  Grifols Deutschland GmbH 2012
Amikacin sulfate PlumeStars s.r.l. 2014

Antisense oligonucleotide  ProQR Therapeutics III BV 2013
Cysteamine NovaBiotics Ltd 2011

oxoquinoline‐3‐carboxamide (Kalydeco 2012) Vertex Pharma (Europe) 2008

Among recent  
designations or 
authorisations:
• 24 products
• 20 companies





• Second step

Agree upon criteria and their respective weights

•!



If a first product is authorised 
and with limited efficacy, a 

product with a new mechanism 
of action might be more 

interesting than a second one of 
the first class

Towards increased efficacy
If active for patients who do not 

respond to standard of care

Collegial • Gather a group of patients, interview them, discuss limits of available 
treatment options and what needs to be  improved
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Side effects that differ from 
existing options. If you don’t 

tolerate product A, then maybe 
you can tolerate the new one

Food, drinks, diet, sport, herbals, 
OTC, recreational products…

Once a day vs four times a day
24 tablets vs SC injection

Keep at 
Easy to carry

Collegial • Gather a group of patients, interview them, discuss limits of available 
treatment options and what needs to be  improved
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Potential to treat all patients, or 
some only? Are stages clearly 

defined? Risk for off-label use?

All to benefit, or contra-indicated 
for some? E.g. pregnancy, certain 

age groups…

To favour a product likely to be 
reasonably costly (e.g. second 

medical use), or easy to 
manufacture with reduced risk of 

shortage/defect…

Collegial • Gather a group of patients, interview them, discuss limits of available 
treatment options and what needs to be  improved
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Which sponsors should be priority? (in addition to medical interest)

•Working relations

Sponsor 
supports the 
OMP policy 
(orphan 
designation)

Sponsor 
requested 
or plans to 
request 
EMA 
scientific 
advice or 
protocol 
assistance

Sponsor 
requested 
or plans to 
request 
Early 
Dialogue 
(HTA) or 
parallel SA 
or MOCA

Sponsor 
applied to or 
part of the 
PRIME 
programme 
at EMA

History of 
submitting 
topics for 
joint HTA 
(EUnetHTA)

No record of 
bad practice



• Third step

And adjust when new information comes in

•!



• —Use Delphi process

40

•3

•2
•3

•2 •1

•1
•2

•1•2



• finally

HIV pipeline in 1999

•!
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•130 compounds in R&D in 
1999

• Community Advisory Boards: regular 
meetings with their developers

• Efficient?

•Systematic review



•130 compounds in R&D

•A step by step process
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• With developers to obtain data
• Share results with regulators

•Or HTA, payers

•illustration

• Overall it represents a comprehensive 
analysis



• Filtration: 86% (not selected / all)
• Sensitivity: 56% (prob. MAA if selected)

• Specificity: 100% (Prob. no MAA if not selected)

•9 were authorised

•Of the 18 selected
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•1 was rejected, on patients’ request
•8 failed to show benefit



• —EATG Horizon Scanning efficacy
46

Authorised In
Anticipation 
(months)

abacavir 08/07/1999 24

amprenavir 20/10/2000 36

Didanosine
enterocoated

22/02/2000 28

lopinavir 20/03/2001 41

tenofovir 05/02/2002 52

emtricitabine 24/10/2003 72

enfuvirtide 27/05/2003 67

atazanavir 02/03/2004 77

tipranavir 25/10/2005 96

average 55

Failed (lack of efficacy, or safety issue)

D‐OTC Remune

Interleukine 2 F‐ddA

Delavirdine DPC961

DPC963 emivirine

EATG recommended not to authorise it (FDA 
public hearing)

Adefovir dipivoxil



• As done by LBI in Austria 2008

•1

Geiger‐Gritsch Sabine. Horizon Scanning in Oncology –Concept Development for the
Preparation of a Horizon Scanning System in Austria. HTA Project Report 2008; 14.



• As done by LBI in Austria 2008

•2



•prioritisation

•3
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3 oncology experts asked to rank according to criteria

• Denosumab
prostate Kr

• Motesanib
for NSCLC

• Vandetanib
lung cancer • Cetuximab

lung cancer
• Afatinib

NSCLC

• 5 products with highest scores (10 to 15)



THANK  YOU

• François Houÿez
• Rob Camp

• francois.houyez@eurordis.org

• rob.camp@eurordis.org


