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Three Essential Components of Innovation
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• Commit to a purpose

• Be brave

• Be different
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Our Vision
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Vertex is a global biotechnology company that invests in scientific
innovation to create transformative medicines for people with serious 
diseases with a focus on specialty markets

©2019 Vertex Pharmaceuticals Incorporated



6

Our Mission and Values
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Innovation is our Lifeblood
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Vertex’s Noteworthy Industry Firsts

1ST Approved 
SDD Product 

(Incivek)

1st Full 
Quality by 

Design 
Submission 

(Incivek)

First two 
Breakthrough 

Therapy 
Designations 

from U.S. 
FDA 

1st Approved 
CM Process 
with RTRT
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Three Essential Components of Innovation

• Commit to a purpose

• Be brave

• Be different
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“First two Breakthrough Therapy Designations from 
U.S. FDA granted to ivacaftor monotherapy and to the 
combination regimen of VX-809 and ivacaftor for the 
treatment of cystic fibrosis”

“The innovator advantage is not just drug 
discovery, it is also with manufacturing. The 
pharmaceutical industry (unlike many other 
industries) does not often see innovation in 
manufacturing as a key strategic advantage.  
The few firms who do, will see immense value 
in prioritizing this.” – Dr. Janet Woodcock

©2019 Vertex Pharmaceuticals Incorporated



CMC Challenges for Expedited Development and Review

11

CMC Challenges for Expedited 
Development are Valid

Commercial 
manufacturing 
process and 

formulation need to 
be developed early 

to align with the 
accelerated clinical 

development 
program

Scale up issues 
need to be 

addressed to ensure 
availability of quality 
product at the time of 

approval 

A plan for validation 
and stability studies 

needs to be 
developed to keep 
these activities off 

critical path to 
approval 
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Blend is 
granulated 
using high 
shear
wet granulator

Testing/ 
Release

Blending Wet
Granulation

Drying Milling Blending Compression Coating

Where We Were – Unit Operations for a Batch Process
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Vertex’s Continuous 
Manufacturing Rig



Blend is 
granulated 
using high 
shear
wet granulator

Testing/ 
Release

Blending Wet
Granulation

Drying Milling Blending Compression Coating
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Powder In

Day 1 AM

Day 1 AM Coated Tablets Out

Vertex’s Continuous 
Manufacturing Rig

Much Smaller Footprint

• Smaller scale equipment
• All unit ops in one facility

PAT Based Control Strategy => IPCs + RTRT



Health Authority Interactions Opportunities

FDA
EMA

HA meetings –
ETT and PAT

QbD Pilot 
Program

Consultative 
Advice

Onsite Visits 
and POVs

Health Canada
Anvisa
TGA

HA Meetings

Anvisa –
Inspections 
and Onsite 

Visits
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• Innovation in a regulated 
environment requires global 
health authority alignment

• Communication and 
transparency are critical for 
building relationships and 
establishing partnerships with 
Health Authorities

• Use all available options and 
avenues to interact with 
Health Authorities early and 
often
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From Business Drivers to CM Realization
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Full support 
from the 

highest levels 
of 

management

CM central to 
development 

strategy to get 
breakthrough 
therapies to 

patients

Highly 
motivated and 

dedicated 
team
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Three Essential Components of Innovation

• Commit to a purpose

• Be brave

• Be different
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Turns out…..

• In order to be successful one must always be different

• McKinsey found that companies with more diverse workforces 
perform better financially
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More likely
to outperformMore likely

to outperform15% 35%

Gender diverse companies Ethnically diverse companies
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Diversity is Different
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• Gender
• Race
• Age
• Religious 

background…

Inherent

• Cultural fluency
• Global mindset
• Language skills
• Broad life 

experiences …

Acquired
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1000’s

790

59

≥1 approved 
medicine

Biotech
Companies
Founded

IPOs

18

≥2 approved 
medicines

5

≥4 approved 
medicines

Of all biotech companies, how many
have internally discovered & developed

four or more approved medicines (NMEs)?

Sources: Nasdaq, MorganStanley, 
Pharmaprojects, EvaluatePharma, GlobalData
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Questions

Vertex is a global biotechnology 
company that invests in 
scientific innovation to 
create transformative medicines 
for people with serious diseases 
with a focus on specialty 
markets

Stephanie Krogmeier, Ph.D.
Vice President, Global Regulatory Affairs
Vertex Pharmaceuticals
50 Northern Avenue
Boston, MA 02210
stephanie_krogmeier@vrtx.com
www.vrtx.com

Innovate to Redefine Health and Transform People’s 
Lives with New Medicines
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