
IT-02-2100012©2021 Vertex Pharmaceuticals Incorporated
1



OUR STRATEGY AND BUSINESS MODEL
A blueprint for serial innovation

CORPORATE STRATEGY

Vertex invests in scientific innovation to create transformative medicines 
for people with serious diseases with a focus on specialty markets

RESEARCH STRATEGY

Combine transformative advances in the understanding of human disease 
and in the science of therapeutics to dramatically advance human health

• Focus on validated targets that address causal human biology

• Create predictive lab assays and clinical biomarkers

• Identify rapid path to registration and approval  

• Discover and develop medicines that offer transformative benefit, 
regardless of modality

DIFFERENTIATED 
BUSINESS 

MODEL

Investment of majority 
of OpEX in R&D and 

BD/external innovation  

Creation of 
high-value 

transformative 
medicines for 

specialty 
markets

Limited SG&A 
expenses and 
infrastructure

Revenue 
growth: high 

operating 
margins and 
significant 
cash flow
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SCIENCE LEADS THE WAY

Alongside the CF community, we have spent the last 20 years discovering and developing 
medicines that treat the underlying cause of CF. Within 7 years, we have brought 
four medicines to certain people with CFa

The top pharmaceutical and biotechnology companies dedicate an average of 38% and 57%, respectively, of 
operating expenses to R&D (2019 GAAP and IFRS figures)2b

VERTEX INVESTS IN SCIENTIFIC INNOVATION WITH THE AIM OF 
CREATING TRANSFORMATIVE MEDICINES FOR PEOPLE WITH 
SERIOUS DISEASES

azPlease refer to local label information for the licenced indications for ivacaftor, lumacaftor/ivacaftor, tezacaftor/ivacaftor and 
ivacaftor/tezacaftor/elexacaftor. bOperating expenses defined as R&D and SG&A
GAAP, Generally Accepted Accounting Principles; IFRS, International Financial Reporting Standards; R&D, research and development; SG&A, 
Sales, General and Administrative. 
1. Data on File. Jan 2019 headcount. Ref-2272. Vertex Pharmaceuticals Incorporated, Boston, MA, USA; 
2. Data on File. R&D as percentage of operating expenses. Ref-5879. Vertex Pharmaceuticals Incorporated, Boston, MA, USA.

3 out of 5 
Vertex employees are dedicated to R&D1

From 2017 to 2019, >70% of our 

operating expenses are dedicated to 
R&D, well above the industry average2b



TWENTY YEARS OF ITERATIVE LEARNING AT VERTEX: FROM THE LABORATORY 
TO THE CLINIC AND BACK

aApproved for use in at least one country in the world; bActive and completed Phase II–IV CF clinical trials as of 2019. 1. Data on File. Design of CFTR potentiators and correctors. Ref-1131. Vertex 
Pharmaceuticals Incorporated, Boston, MA, USA; 2. Data on File. Vertex clinical trial enrolment summary. Ref-0706. Vertex Pharmaceuticals Incorporated, Boston, MA, USA; 3. Data on File. 10 CFTR 
compounds to the clinic. Ref-4767. Vertex Pharmaceuticals Incorporated, Boston, MA, USA; 4. Employee testimonial – Brian Bear: The FLASK at Vertex. Available at: https://www.youtube.com/watch?v=-
ktJMxkitNk (accessed March 2021); 1. KALYDECO® (Ivacaftor) Summary of Product Characteristics (November 2020). Vertex Pharmaceuticals (Ireland) Limited. 6. ORKAMBI® (Lumacaftor/Ivacaftor). Summary 
of Product Characteristics (November 2020). Vertex Pharmaceuticals (Ireland) Limited; 7. SYMKEVI® (Tezacaftor/Ivacaftor) Summary of Product Characteristics (November 2020). Vertex Pharmaceuticals 
(Ireland) Limited; 8. KAFTRIO® (Ivacaftor/Tezacaftor/Elexacaftor) Summary of Product Characteristics (August 2020). Vertex Pharmaceuticals (Ireland) Limited.

(HTS)

High-throughput screening1

• Several months for each screen
• Discover hits and compounds for 

chemical optimisation

Chemical design 

• Multiple scaffolds in lead 
optimisation1

• 3–5 years to clinical candidate, 
testing for:1

• Biological activity
• Drug-like properties
• Exposure/pre-clinical safety

Human studiesb

• ~409 centres across 22 countries2

• ~10,800 CF subjects2

~151 
CF clinical trials2

>1 million 
compounds 

tested1

~40,000 
compounds 

made1

10 
compounds 

to clinic3

“Our focus is science, but it is also focused on 
the patients.”4

— Brian Bear, Associate Director, 
North American Research Management 4 CF medicines5–8a



PURSUING MULTIPLE SERIOUS DISEASES BEYOND CYSTIC FIBROSIS
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Duchenne Muscular 
Dystrophy

Alpha-1 Antitrypsin 
Deficiency

Hemoglobinopathies

APOL1-Mediated 
Kidney Diseases

Pain

Type 1 Diabetes

Inherited disease that can cause progressive 
damage to the lungs and liver

Approach: Small molecules

Focal segmental glomerulosclerosis and other 
severe genetic kidney disorders that can lead 
to rapidly progressive kidney damage

Approach: Small molecules 

A potentially debilitating condition that 
develops from a variety of circumstances; it 
can be acute or chronic and range in severity

Approach: Small molecules 

Sickle cell disease and beta thalassemia, 
which are debilitating inherited blood 
diseases that affect the red blood cells

Approach: Gene editing and small molecules

A severe inherited disease, primarily seen in 
boys, that causes progressive muscle 
weakness and muscle wasting

Approach: Gene editing

Insulin deficiency, caused by the destruction 
of cells in the pancreas that can lead to 
kidney disease, eye disease, nerve 
damage and even death

Approach: Cell therapy



INVESTIGATING CELL AND GENETIC
THERAPY APPROACHES

We’re investing in cell and genetic therapies, 
which represent two rapidly emerging 
therapeutic modalities with the potential to treat 
— and maybe cure — several of the diseases in 
our pipeline:

• Sickle cell disease and beta thalassemia

• Type 1 diabetes

• Duchenne muscular dystrophy

At Vertex Cell and Genetic Therapies, we have 
one of the industry’s broadest and most diverse 
set of capabilities in cell and genetic therapies.
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