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EuropaBio Mission
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L To be the recognised voice of the
Xs., Furopean biotech community
u.,, championing innovative solutions
';:__;,’;@'_4‘. for society’s challenges




Innovative biotechnology for people and planet

EuropaBio

European citizen health... ...in a sustainable world
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Focus on biotechnology with...

EuropaBio
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EuropaBio Healthcare Council

Health innovation in our DNA



The EuropaBio Healthcare Council

EuropaBio
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EuropaBio Healthcare Council

How are we organised EuropaBio

ATMP Working Group

Regulatory Working Group

Orphan Medicines Working Group Biopharmaceutical Strategy Group

1

Digital/ Data Working Group

Biosimilar/ Procurement Working Group

Patient BioForum
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European leadership in life sciences and

biotechnology at stake EuropaBio
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Despite Covid , the funding gap remains

EuropaBio

European
Innovation
Council

Funding gap for scaling up highly innovative startups and SMEs

US venture capital investments are 4-5 times higher than EU

Capital invested by year (BS)
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Europe ™ North America
Source: [Invest Europe, Pitchbook]
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How do we create more EU biotechnology unicorns_? %«
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EuropaBio

European
Innovation
Council

What is at stake: will Europe be home to future « unicorns »?

Number and market value of “unicorn” companies (valued at over €1 billion) by regions

€731.79

€707.15
252
€144.91
& €52.34
‘—.;
; LB
Europe North America Asia Other

Source: CB Insights (Jan 2021)
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The European Innovation challenge
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erformance * Lack of breakthrough/ disruptive innovations that create
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N Financing gaps (2 “valleys of death”) in
LA g Innovation funding » Transition from lab to enterprise

* Scaling up for high-risk innovative start-ups
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Horizon scanning
Biotechnology pipeline
Key trends



The Bio Revolution has started

EuropaBio’
¢.¢ o« Arenas of Transformational
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| - & Source: The Bio Revolution McKinsey Global Institute May 2020
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Key trends on the biotechnology pipeline FuropaBlo
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’ "‘;'N i " K Cell therapy Vaccine ~1.5%
J & = } Diagnostic M Gene therapy
. ' Source: 10" .; Launck Fipaline Database June 2020, active Source: 10" .; Launck Pipaline Database June 2020, active Sourca: Clarivate Analytics Cortallis, Aug 2020
41 l‘ Almost 50% of therapies in development are new products, among which lower incidence, previously omitted diseases are gaining interest (and
/ 4 investment), with 40% of the pipeline being orphan drugs. More than 90% of products in the pipeline are biologics and small molecules. However,
L l the share of Next-Generation Biotherapeutics (NGB), such as cell, gene, and nucleotide therapies in clinical development continues to increase.
¢ ol '/ & | X In years 2014-2019 the number of NGB products has more than tripled, as they have high potential especially in previously intractable diseases’.
. | f
' 4 ' ' 1GVIA_EFPLA Pipeine Review 2021 - Ful Report 1) 2019 RAD Achieverments, IGVIA Institute, Mar 2020 e
: N &' B Source: IQVIA EFPIA pﬁéﬁé‘%gbr’r 2021
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Cell and Gene therapies

EuropaBio

MORE THAN

100

DISEASES BEIN EXPLORED FOR MEDICINES IN DEVELOPMENT | 2020 UPDATE
' POTENTIAL TREATMENT WITH CELL

8
-;ui\‘fo' AND GENE THERAPIES
43y
| 4

4=
| GENE THERAPY
362
'Q{’\ v I__,
""‘""’"/%‘5-. CELL AND GENE THERAPIES
i gy IN DEVELOPMENT Nearly 400 Cell and Gene
; W, . .
N Nl Therapies in Development Target
D) T ;
v .] 32 a Broad Range of Diseases

A THIRD OF CELL AND GENE
THERAPIES ARE IN DEVELOPMENT

FOR RARE DISEASES Source: American BioPharmaceutical Medecines in Development report
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Pipeline by disease and phase

Medicines in Development by Disease and Phase

ALZHEIMER'S DISEASE
ARTHRITIS/MUSCULOSKELETAL

AUTOIMMUNE DISORDERS

BLADDER DISORDERS
BLOOD DISORDERS
CANCER

CARDIOVASCULAR DISEASE

CROHN'S DISEASE
DIABETES
EYE DISORDERS
GENETIC DISORDERS
INFECTIOUS DISEASES 1
KIDNEY DISORDERS 2
MUSCULAR DYSTROPHY 8
NEUROLOGIC DISORDERS 12 @ PHASEI
RESPIRATORY DISEASES 2 @ ruastll
SKIN DISEASES 10

S S @ PHASEN

@ APPLICATION
OTHER DISEASES 110 ST

| RIK

\ 0 20 &0 60 80 100 120 140 160 180 200 110
Ea Yo * SOME MEDICINES ARE IN MORE THAN ONE CATEGORY.

Source: American BioPharmaceutical Medecines in Development report
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In Gene therapies alone

Figure 1. Gene therapy pipeline volume, preclinical through pre-registration phase, 1995-2018
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Note: Annual volume snapshots are captured in May of each year.

Source: Pharmaprojects®, August 2018
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Increase in clinical trials

/\ " - L - - - -
;@‘-e\ -~ The volume of initiated clinical trials has increased year on year
e van ¥ since 2015 with oncology having the most extensive pipeline
; i\
L AN
. ;Q\\J Full pipeline — number of trials started in 2015-November 2020 Pipeline summary — key therapeutic areas? [# trials started in 2020]
~ gy ot \"
s 7 e Phase 1 TAs with share < 3% Il oncology
- d::' M Fhase 2 I infectious Disease
:; ' — TBD! I Phase 3 :aur:tlolgy
| 5,500 — ematology™
% 5,000 - 4,903 4,789 [ Respiratory
:'» 4500 | 4441 I Cermatology
“"‘-/ 4.000 J e 1,283 1,173 - Ifnu:l-:.-:riﬂ-: ogy
A —— sychiatry
2 AL '\‘ - r:Uh 1,708 1,783 Ophthalmology
'_": _'“ Il 1.546 Il Gastrointestinal
SNINY v .’ 2,000 Il Rheumatclogy
i "l 1,500 ~ Il Women's Health { Sexual Health
INLEN gt 1,000 4 Allergy/immunciogy
N_ = e
o Q - " 0 - Nephrology
& A“’ 2015 2016 2017 2018 2019 Nov 2020 Wl other *) Incl. Onco-haematology
iy
4 ) The volume of pipeline activity has continued to increase over the last years. Assuming that in 2020 the average number of clinical trials launched per
y month will remain as in the period of Jan 2020 — Nov 2020, total number of clinical trials started in 2020 will be similar to 2019 (-3%).
"ral — — — \ . . _
& analysis. Trials not industry sponsorad a [ ] T 202 - T 2021;(2) 0 August 202
/ ,h' g ., \ ¢ 1QVIA_EFFIA Fipeiine Review 2021 - Ful Report =IUVIA
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With ~40% of the oncology pipeline in Phase 1, this therapy area
is expected to witnhess significant changes over the next 3-5 years

Full pipeline — split per clinical trial phase [share in the no. of trials]

Oncology 39% 43% 18% = Phase 1
Phase 2
Infectious Disease 24% 45% 31% T 2
ase
Neurclogy 25% 42% 33%
Hematology™* 36% 42% 22%
Respiratory k] 46% 3%
permatology | Not exhaustive |_
Endocrinology Exsmple innovations per phase
Cardiovascular Therapeutic Area
Psychiatry Oncol PROTACG tachnology; Allogeneic  GAR-Ts for solid tumours New ADCs, New checkpoint
Ophthalmalugy NGOy CAR-Ts (hasm and solid tumours)’  mRNA vaccines inhibitors (mono and comba Tx)
Infecti Di Therapautic vaccine far Capsid and core inhibitors for COVID-19 vaccine; Long-acting
Gastrointestinal eChOus Uisease Hapatitis B Hepatitis B antiretroviral therapies for HIV
Rheumatology Neurology Senolytics far AD Remyelinating Tx Stam cell transplantation in MS
Women's / Sexual Health Haematol CRISPR edited CAR-T for ALL, Mew targets in CAR-T therapies
ogy SCD ) Gana Tx for h hili
Allergy/Immunology it i
HEFIETEJCIQE,-‘ Respiratory Exosome therapy for COPD

"I lrnsl Aarcssahasmatslaomd
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Clinical trials geographic split: Europe losing ground ?

EuropaBio

l W
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p’ R . e e . .
,@4\_", W Checkpoint inhibitors Gene therapies Nash
@\ w  combinations
& - L7\) | 1 w
» .\\“, N=105" N=137 N=105
- A O North | Central America
Y% A; \\)’ Australia / Oceania AR exus) Il us Asla
PR ,O Africa| 8 I tiorth / Central Europe
e 4 e Middle East 4} Unknown America (ex-US) Australia / Oceania
4=y £ Bl Asia Africa / Middle East
:; - M Europe LatAm
| B Australia / Oceania Unknown
& Europe Il Africa / Middle East ™
R B LatAm
“/ ' B Unknown
.‘:,;‘*‘Av/';\ Novel H|V HBV
V. &,,,.ﬁ. MRNA vaccines therapies
& " . N=100 N=61
s Vi N=75 eia
S G ]
9WN - ] Asia
. 1 B us Not available s
oy M Asia
4 ’.‘ Il Europe
[ I ‘ustralia / Oceania
v ol Il Africa / Middle East — Australia/Oceal
o 8! B LatAm I Africa and Middle East N‘?”h‘r Central
/Ny R g Carads America (ex-US)
! & : \ Lathom Not specified Europe
: Il ‘ ¢ Source: IQVIA EFPIA pipeline report 2021
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Increasing share of Asia in clinical trials

EuropaBio

A \”“'ﬁ The impact of COVID-19 on trials geographic split is not visible to

‘¢
B
e van S date; increasing share of Asia in clinical development is observed
; i\
N ASAY\ s o : ! ] o ] ] ]
S A%‘\\y Full pipeline — trials started in 2010-2020 per region? European pipeline — trails started in 2010-2020 per sub-region?
= 7 4
oL 5'” *e" - Morthern America® Japan - Africa and Middle East Eastern Europe™ - Southern Europe Share L::I' clinical trials run in
4 o ~y M isis M Oceania Morthern Europe Il Westermn Europe “-I'_E UK n tE& Lcuial1nurnber
!. =r - Europe - LatAm of trials in Europe
D’
4 @O OOODODODODODOODOD
X
'9
.‘A"/ s 2q9 SR 2w 27%
VP, s B 2w i
N
f"&"z '\‘ 25%
'0 = - - o 3%
S ANFINIAL |
: .é‘ 20% [ 21 B 1% I o1 [ o1 IO 2" [ 1% R 1 [ 2% N . I
INE Iyt
®WN I
. J 2010 2011 2012 2013 2014 2015 2016 2017 2018 2019 Nov 2010 2011 2012 2013 2014 2015 2016 2017 2018 2019  MNov
Moy 2020 2020
| ’;!
4 .‘ The geographic distribution of clinical trial location has not changed significantly compared to previous year, which indicates
2 that the COVID-19 pandemic has not forced pharmaceutical companies to move their development activities. The long-term trend observed is the
[ 2 l increasing share of clinical trials conducted in Asia (mainly China, South Korea), which grew from 14% in the years 2011-2013 to 24% in 2020.
'Y [ " " IQVIA_EFPLA Pipeine Review 2021 - Ful Report =IUVIA
'f I} ¥
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In summary, several innovation areas have appeared on the
horizon, with a potential to gain importance in the coming years

¢
/a \_' High-level overview of new innovation areas coming to the market in the 5-year perspective

VN K'E'?
Ll Novel CNS therapies lllustrative
A @. \“" Novel technologies in Oncology
N3
sow *SO‘ Gene & cell therapies
y, ;
! Az :’ New immunotharapies
. —
" MNew DMT and curative Tx Remote patient
| mianagemert Gene edifing
=.’ Digital Health technology
Y
LA N CAR-Ts for solid Mawved LG Tx—
L\ XY tumours Epilepsy

Movel CN3 Tx - . Remyelinating
X NG T Curative T f £
umaour urative Tx for XOSOME
NN « agnostic Tx HIV, HBV therapy PROTACS

) Targeted
Ann-chn_lesieml DMT for DMD DMT for _ immunotherapy
4 developments vaccine Osteoporosis for MG

01 .

/ 3
i /) / 2019 2020 2021 2022 2023 2024 2025 2025+
/’\.'./’*' ! ’ Abbreviations: Dissasa modifying tharapies (DMTs), therapies (Tx), Digital haalth (DH), virual reality (VR], cenitral nervous system (CHNES), atteantion deficit hyparactivity disorder (ADHD), major depressive disordar (MDD
’ ” F Il an immunodehciancy virus (HIV, hepatitis B virus (HBY), Proteolysis Targeting Chimaras (FROTAC), Chimeric antigen receptor T cells (CAR-Ts), antibody drug conjugats (ADC), Myasthenia Gravis (MG) - igk to

Sourca: [V IA analysis

1lossary
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.whereas other interesting technologies are further on the
horizon, worth keeping an eye on in the coming years

PROTACs
@\ : PROTAC (proteolysis-targeting chimera) CRISPRJ/Cas9 is a gene editing technology that is Exosomes are nano-vesicles released by nearly
$ < Nal substances have been developed as a useful applicable across disease areas - cancer, infection, every cell in the body, which may be used as a
" _— technology to degrade and dispose of targeted muscular dystrophy, etc. Works by injecting a DNA diagnostic/therapeutic agents. Pre-clinical research
A N "\‘\' proteins that support cancers. construct, which targets a defective gene, has shown that exosomes reduced scar tissues
A . A
o ’\.3, New therapies could target different cancer types, replacing it with a functional gene?. caused by a heart aftack®.
43 P ' potentially offering higher efficiency than inhibitors, CRISPR-Cas9 system has a potential to be faster, Exosomes may be a next step in stem cell
: .4. =r at the same time causing less undesired toxicities cheaper, more accurate and efficient than other therapies, offering an improved safety profile>.
1 i and side effects. * genome editing methods®.
-
\O‘/’ = o
,’lx¢ \ I ‘:?-. -\._:;:
v Q':'/Q,\
'@ MNew class of drugs that are able to induce death of Microbiome therapy aims to restore healthy gut
S ANINIAL | senescent cells responsible for aging and age- microbiota to control a variety of local and distant
@ related diseases®. pathologies”.
TN : o : - - -
L 2 \ Targeting aging itself might be a novel strategy to This field continues to garner interest from the
) D J- prevent a number of conditions that elderly patients pharmaceutical industry with extensive research,
& struggle with. funding and multiple collaborations.
I First-in-human trial of senolytic drugs are With new advances in machine learning and
4] preliminary, but encouraging. lfllagnnstu: ter.l'llnlques, rnu:ml;nome research will
. ) likely keep growing and becoming more data
y 4N science-driven and precise.
’ b
/ _.:/ﬁ' ' v (1) ScienceDirect; (2) Mature.com (3) Geneticz Home Reference (4) MCEI (5) Exopharm (6) MCEI (7) EFPIA  Abbreviations: - link to gloss:
. T IOVIA_EFPIA Pipeiine Feview 2021 - Ful Repon Innovations included in original shorllist — more details available in the %&ﬂ’ce IQVIA EFPIA plpellne repﬁt@v | A
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Creating the future Innovation Access Model %\

EuropaBio’

Early access to
regulatory
advice

RWE to address
clinical
uncertainties

New care | Access to health
delivery models innovation

Reward innovation
through new value
assessments

New payment
models
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