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Disclaimer & safe harbor
Forward-looking statements
This presentation contains forward-looking statements, including, without limitation, statements containing the words “believes”, “anticipates”, “expects”, “intends”, “plans”, “seeks”, “estimates”, “may”,
“will”, “continue” and similar expressions. These forward-looking statements are based on current plans, estimates and beliefs of management. All statements, other than statements of historical facts,
are statements that could be deemed forward-looking statements, including estimates of revenues, operating margins, capital expenditures, cash, other financial information, expected legal,
arbitration, political, regulatory or clinical results or practices and other such estimates and results. By their nature, such forward-looking statements are not guarantees of future performance and are
subject to known and unknown risks, uncertainties, and assumptions which might cause the actual results, financial condition, performance or achievements of UCB, or industry results, to be
materially different from any future results, performance, or achievements expressed or implied by such forward-looking statements contained in this presentation.
Important factors that could result in such differences include but are not limited to: the global spread and impact of COVID-19, changes in general economic, business and competitive conditions,
the inability to obtain necessary regulatory approvals or to obtain them on acceptable terms or within expected timing, costs associated with research and development, changes in the prospects for
products in the pipeline or under development by UCB, effects of future judicial decisions or governmental investigations, safety, quality, data integrity or manufacturing issues; potential or actual data
security and data privacy breaches, or disruptions of our information technology systems, product liability claims, challenges to patent protection for products or product candidates, competition from
other products including biosimilars, changes in laws or regulations, exchange rate fluctuations, changes or uncertainties in tax laws or the administration of such laws, and hiring and retention of its
employees. There is no guarantee that new product candidates will be discovered or identified in the pipeline, or that new indications for existing products will be developed and approved. Movement
from concept to commercial product is uncertain; preclinical results do not guarantee safety and efficacy of product candidates in humans. So far, the complexity of the human body cannot be
reproduced in computer models, cell culture systems or animal models. The length of the timing to complete clinical trials and to get regulatory approval for product marketing has varied in the past
and UCB expects similar unpredictability going forward. Products or potential products which are the subject of partnerships, joint ventures or licensing collaborations may be subject to disputes
between the partners or may prove to be not as safe, effective or commercially successful as UCB may have believed at the start of such partnership. UCB’s efforts to acquire other products or
companies and to integrate the operations of such acquired companies may not be as successful as UCB may have believed at the moment of acquisition. Also, UCB or others could discover safety,
side effects or manufacturing problems with its products and/or devices after they are marketed. The discovery of significant problems with a product similar to one of UCB’s products that implicate
an entire class of products may have a material adverse effect on sales of the entire class of affected products. Moreover, sales may be impacted by international and domestic trends toward
managed care and health care cost containment, including pricing pressure, political and public scrutiny, customer and prescriber patterns or practices, and the reimbursement policies imposed by
third-party payers as well as legislation affecting biopharmaceutical pricing and reimbursement activities and outcomes. Finally, a breakdown, cyberattack or information security breach could
compromise the confidentiality, integrity and availability of UCB’s data and systems.
Given these uncertainties, the public is cautioned not to place any undue reliance on such forward-looking statements. These forward-looking statements are made only as of the date of this
presentation, and do not reflect any potential impacts from the evolving COVID-19 pandemic, unless indicated otherwise. The company continues to follow the development diligently to assess the
financial significance of this pandemic to UCB.
UCB expressly disclaims any obligation to update any forward-looking statements in this presentation, either to confirm the actual results or to report or reflect any change in its forward-looking
statements with regard thereto or any change in events, conditions or circumstances on which any such statement is based, unless such statement is required pursuant to applicable laws and
regulations.
In the event of any differences between this Presentation and the Annual or Half Year Report, the information included in the Report shall prevail.

Gene Therapy – Excellent strategic fit with UCB

Strengthens UCB’s capabilities to discover & develop
differentiated solutions with unique outcomes for patients
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Chemical – UCB legacy

•

Biological – Celltech (2004)

•

Peptides – Ra Pharma (2020)

•

Gene therapy:
•

Element Genomics (2018)

•

Handl Therapeutics (2020)

Gene therapy to contribute fulfilling our Patient Value Ambition
Gene therapy to support UCB’s ability to lead in CNS
UCB’s Patient Value Ambition
Innovate to bring differentiated
solutions with unique outcomes
that help specific patients achieve
their goals
Best individual patient experience

Access to all those who need these
solutions in a way which is viable
for patients, society and UCB

CNS: Central Nervous System
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Gene therapy pipeline: to build-up and expand
AAV-platform & capabilities

Start in CNS
for initial development

• UCB has selected AAV for its
platform in CNS

Diseases in scope:

• To address root cause and/or
enhance targeted CNS delivery
of payload

• Movement disorders

Evolving technology

• Neurodegeneration
• Epilepsy

Expand in more populations*

UCB aims to build an AAV platform that could represent
~25% of UCB’s pipeline in 2030

CNS: Central Nervous System
* Explore where gene therapy could offer solution for new patient populations

5

UCB enhances its R&D engine by adding gene therapy
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Acquisition of Handl Therapeutics BV augments existing capabilities

2020

2018

Acquisition of Element
Genomics, Inc.

a discovery stage biotechnology
company based in Durham, NC (U.S.),
focused on finding breakthrough cures
for severe human disease through the
use of functional genomics

next

Acquisition of Handl
Therapeutics BV

a neurodegeneration gene therapy
company with headquarters in Leuven,
Belgium

• Evolve existing internal
gene therapy capabilities
• Add partnerships & external
resources
• Build gene therapy pipeline

Boosting UCB's capabilities
UCB strengthens research capabilities with acquisition of Element Genomics, a Duke University biotech spin-off - Press release – April 2018

Acquisition
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•

Focus on gene therapy to treat complex
neurodegenerative diseases

•

Combining state of the art technology
platforms and scientific advances
•
•

• Founded in 2019
• Headquarter in Leuven, Belgium
• 12 employees with strong gene
therapy expertise & capabilities

•
•

KU Leuven (Belgium)
Centre for Applied Medical Research (CIMA
Universidad de Navarra, Spain)
University of Chile (Chile)
King’s College London (UK)

•

Strong international network

•

Access to global capabilities and expertise
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Partnership

•

Founded in 2017

•

Headquarter in Alachua, Florida (U.S.)

•

Spin-off of University of Florida

•

Dedicated to discovering &
developing AAV-based therapies, by
leveraging proprietary AAV capsid
technology platform and proprietary
scalable manufacturing

•

Strong expertise in AAV-based central
nervous system (CNS) targeted gene
therapies

•

Lacerta Therapeutics will lead research,
preclinical activities & early
manufacturing process development

•

Enabling UCB to strengthen its ability to
lead in movement disorders &
neurodegeneration

AAV gene therapy, a collaborative approach
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Internal & external resources
Gene therapy consists of key components …
gene – the
1 Therapeutic
core payload of the gene

therapy that encodes for the
intended impact

2

Promotor – controls
expression of the therapeutic
gene in a tissue-specific
manner

– shell that encloses
3 Capsid
the genetic material

4

Manufacturing – from
research to commercial use,
with internal and external
resources

… and is a platform in itself
Vectorized
antibody

Produce antibodies in a specific
organ / type of cell, mostly utilized
to deliver antibodies across the
blood-brain barrier

Gene
replacement

Replace a disease causing
mutated gene with a healthy copy
of the gene

Gene
silencing

Regulate the gene expression of a
disease causing gene to inhibit it
negative effects

Gene Therapy – Excellent strategic fit with UCB
Develop differentiated solutions with unique outcomes for patients
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