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Vertex Pharmaceuticals Incorporated 
 

 

Special Event Report 
 

Company Summary: 
 
Vertex Pharmaceuticals Incorporated (VRTX), a 
pharmaceutical company, focuses on the discovery, 
development and commercialization of drugs for 
the treatment of serious infectious diseases 
worldwide. 
 
Event Highlights: 
 
Event: FDA approval of Telaprevir 
 
Expectation: Positive 
 
Timing: May 23, 2011 
 
Est. Peak Sales/Mkt Cap: 26.53% 
 
Marketing Partners: Janssen Pharmaceutica, N.V 
(a division of Johnson and Johnson/JNJ) and 
Mitsubishi Tanabe Pharma Corporation 
 
Direct Competitor:  Victrelis (boceprevir) by 
Merck & Co., Inc. (MRK) 
 

 
Upcoming Event Summary: 
 
By May 23, 2011, the U.S. Food and Drug Administration (FDA) is expected to review the marketing 
application of Vertex Pharmaceuticals Incorporated (VRTX)’s Telaprevir, designed for the treatment of 
the hepatitis C virus (HCV) infection. 
 
The standard of care for HCV infection (pegylated interferon/peg-IFN and ribavirin/RBV) is 
associated with a high treatment failure rate.  If approved, Telaprevir, belonging to the protease 
inhibitor class of drugs, could emerge as a potent new drug for HCV. 
 
Potential Impact: 
 
VRTX is a mid-cap company with no approved products in the market.  Telaprevir, an important 
pipeline candidate of VRTX, is being developed for both treatment-naïve (previously untreated) and  
treatment-experienced (those who have failed standard therapy) HCV patients.  VRTX has collaborated 
with Janssen Pharmaceutica, N.V, a division of Johnson and Johnson (JNJ) and Mitsubishi Tanabe 
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Pharma Corporation, a Japan-based company, for the development and commercialization of Telaprevir 
(for more information on the collaboration, refer to the Agreement for Telaprevir section of this report).  
The U.S. FDA granted Fast Track Status to Telaprevir in 2005.  In November 2010, the company filed a 
New Drug Application (NDA) of Telaprevir and the drug was awarded Priority Review Status in 
January 2011.  On April 28, 2011, the FDA’s Antiviral Drugs Advisory Committee gave a positive 
recommendation regarding the approval of Telaprevir.  The next significant event for the company will 
be the FDA approval decision on Telaprevir, which is expected to take place by May 23, 2011. 
 

�� Fast Track Status:  status assigned by the FDA to a drug in clinical trials signifying that the 
agency will facilitate and expedite the development and review of the application for the 
approval of that new drug.  It is usually given to a drug that is intended for the treatment of a 
serious or life-threatening condition and which has the potential to address an unmet medical 
need. 

 
�� NDA:  an application submitted by the drug manufacturer to the U.S. FDA regarding the 

approval and marketing of a new drug. 
 

�� Priority Review Status:  status intended for drugs that address unmet medical needs to speed up 
the approval process, usually within 6 months of regulatory filing.  Generally the normal 
approval process takes 10 months from the date of NDA submission. 

 
�� Antiviral Drugs Advisory Committee:  a group of Antiviral experts that reviews and evaluates 

the safety and efficacy data of investigational drugs for the treatment of viral disease.  It 
provides the FDA with scientific and medical guidance to facilitate the marketing approval 
decisions of the drugs under review. 

 
HCV infection is the primary cause of chronic liver disease and it affects approximately 4.1 million 
people in the U.S.  If left untreated it can cause liver cirrhosis (a type of liver disease causing scarring 
and damage of the liver cells), liver cancer and possibly liver failure.  HCV infection remains a large 
cause of concern for physicians due to its chronic nature, high rate of occurrence and significant 
mortality.  It is estimated that each year approximately 10,000 to 12,000 people die due to HCV 
infection in the U.S.  The existing global therapeutic market for HCV infection is approximately $3.5 
billion and is expected to cross $4.5 billion by 2017.  The existing standard treatment for this indication 
is a combination of once-weekly injectable peg-IFN and twice-daily orally administered RBV, with a 
typical treatment period of 48 weeks.  Unfortunately, approximately a 60% treatment failure rate is 
associated with the existing standard of care and patients who fail the standard therapy have no other 
option but to undergo a second round of treatment with the same combination therapy.  Only 10% - 
20% patients experience any treatment benefit with this second round of treatment.  Apart from this 
efficacy issue, patients also find it very difficult to adhere to the injectable mode of administration of 
peg-IFN for a period of 48 weeks.  Additionally, this treatment regimen is associated with multiple side 
effects including fatigue, depression, anemia, flu-like symptoms, weight loss, headache, insomnia and 
irritability, which are difficult to manage for the entire 48-week period, leading to an early 
discontinuation of treatment by most patients.  All these factors have left the market door open for 
newer and improved therapies for HCV infection. 
 
A potential approval of Telaprevir, an orally administered drug from the protease inhibitor class, can 
bring about a paradigm shift in the HCV infection treatment arena.  Telaprevir appears to possess the 
potential to shorten the overall treatment duration of HCV infection by half (12 weeks of Telaprevir 
plus the standard of care, followed by another 12 weeks of the standard therapy alone, making it a total  
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of just 24 weeks of therapy versus the 48 weeks treatment period of the current standard of care).  This 
is an important benefit because it means that patients do not have to endure the flu-like symptoms 
associated with the current standard therapy for a longer treatment period.  The data from the previous 
trials established Telaprevir’s safety and efficacy profile.  If approved, we estimate Telaprevir to 
achieve peak U.S. revenues of approximately $3 billion or 26.53% of the company’s current market 
capitalization. 
 
Expectation: 
 
We expect the FDA to approve Telaprevir, based on the highly impressive clinical trials data of the 
drug and the FDA panel’s positive recommendation regarding the drug’s approval. 
 
In November 2010, VRTX completed the NDA filing of Telaprevir, primarily based on the data from 
the three Phase III trials, namely ADVANCE, ILLUMINATE and REALIZE. 
 
The double-blinded, placebo-controlled Phase III ADVANCE trial evaluated the efficacy and safety of 
Telaprevir in 1,095 genotype 1 HCV treatment-naïve patients.  The enrollment process of this trial was 
completed in October 2008.  In the trial, there were a total of 3 groups, of which 2 groups received 
Telaprevir along with the standard treatment (peg-IFN and RBV).  The third group, which was the 
placebo control group, received peg-IFN and RBV alone for a period of 48 weeks (without Telaprevir).  
The treatment duration of the Telaprevir-treatment groups was decided by the results of the extended 
rapid viral response (eRVR) criterion from the trial.  The Telaprevir-treatment group patients who 
achieved eRVR continued their treatments for a period of 24 weeks, while patients who did not achieve 
eRVR stayed in the treatment regimen for 48 weeks.  Between the two Telaprevir-treatment groups, one 
group received Telaprevir plus peg-IFN and RBV for 12 weeks followed by only peg-IFN and RBV 
treatment for 12 weeks (for those patients who achieved eRVR) or 36 weeks (for those patients who did 
not achieve eRVR).  The other group received Telaprevir plus peg-IFN and RBV for 8 weeks followed 
by treatment with only peg-IFN and RBV for 16 weeks (for those patients who achieved eRVR) or 40 
weeks (for those patients who did not achieve eRVR). 
 

�� Double-blinded trial:  A trial design in which both participants and investigators are unaware 
of the treatment (the drug or placebo) that the participants are receiving. 

 
�� Placebo-controlled trial:  A clinical trial in which the efficacy of a test drug is compared to a 

placebo. 
 

�� Hepatitis C infection is caused by a virus called HCV.  There are various types of HCV that 
cause hepatitis C infection and are classified under six groups, called genotypes, denoted by 
genotype 1 to 6.  Of these, genotype 1 is the most common type of HCV, which accounts for 
nearly 70% of all HCV infections and is regarded as the most difficult HCV to treat.  
Genotypes 2 and 3 are the next most common types of HCVs, accounting for 16% and 13% of 
HCV infections, respectively. 

 
�� eRVR:  the state of undetectable virus levels, usually measured after 12 weeks of therapy. 

 
In May 2010, VRTX released the encouraging data from the ADVANCE trial, which demonstrated that 
75% patients in the 12 weeks Telaprevir-treatment group and 69% patients in the 8 weeks Telaprevir-
treatment group achieved SVR, as compared to 44% patients in the third group (p-value<0.0001)*.  
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The drug was generally well tolerated, with fatigue, rash, pruritus (severe itching), nausea, headache 
and anemia being the commonly reported adverse events.  The data showed that only 7% patients in the 
first group, 8% patients in the second group and 4% patients in the third group discontinued their 
treatments due to some drug-related adverse events.  Of these, 1.4% patients in the 12 weeks 
Telaprevir-treatment group, 0.5% patients in the 8 weeks Telaprevir-treatment group discontinued their 
treatments due to rash, while none of the patients from the control group discontinued their treatments 
due to rash.  The percentage of patients discontinuing their treatment regimens due to anemia was 0.8% 
for the 12 weeks Telaprevir-treatment group, 3.3% for the 8 weeks Telaprevir-treatment group and 
1.1% for the control group. 
 

�� SVR:  the state of undetectable virus levels, usually measured after 24 weeks.  Evaluation of 
SVR is the most common way to measure HCV treatment success. 

 
The open-label, randomized Phase III ILLUMINATE trial enrolled approximately 540 patients from the 
Phase III ADVANCE trial Telaprevir-treatment group.  These were treatment-naïve genotype 1 HCV 
infection patients, who had achieved eRVR and had continued their treatment regimens for a period of 
24 weeks.  In the ILLUMINATE trial, these patients received further treatment for an additional 24 
weeks, thus receiving a total of 48 weeks of treatment (24 weeks in the ADVANCE trial and 24 weeks 
in the ILLUMINATE trial).  The objective of the ILLUMINATE trial was to establish whether there 
was any additional benefit in extending the treatment period from 24 weeks to 48 weeks for this patient 
group (who had achieved eRVR in the ADVANCE trial).  The enrollment of this trial was completed in 
December 2008.   The primary endpoint of the trial was to establish the non-inferiority in the SVR rates 
between the 24 weeks Telaprevir-treatment regimen and the 48 weeks Telaprevir-treatment regimen. 
 

�� Open-label trial:  a trial design, in which both the participants and investigators know what 
drug treatment the participants are receiving and in what dosage. 

 
�� Randomized trial:  A trial in which the participants are randomly placed in different treatments 

or regimens. 
 
In August 2010, VRTX reported the data from the Phase III ILLUMINATE trial of Telaprevir, which 
demonstrated that the trial achieved the non-inferiority endpoint.  92% of patients in the 24-week 
Telaprevir-treatment group and 88% of patients in the 48-week Telaprevir-treatment group achieved 
SVR.  This indicated that patients did not experience any additional benefits by extending the treatment 
period to 48 weeks.  In this trial, 7% patients discontinued their treatments due to adverse events, of 
which 0.6% discontinuations were for rash and 1.1% were for anemia. 
 
The double-blinded, placebo-controlled Phase III REALIZE trial assessed the efficacy and safety of 
Telaprevir in 662 treatment-experienced genotype 1 HCV patients, who failed to achieve SVR even 
after being treated with peg-IFN and RBV.  The REALIZE trial included the following HCV infection 
patients: 
 

�� Null responders:  patients who experienced reductions of less than 2log10 in their HCV levels 
after 12 weeks of therapy 

 
�� Partial responders:  patients who experienced reductions of at least 2log10 in their HCV levels 

after 12 weeks of therapy.  However, they failed to achieve undetectable HCV levels by 24 
weeks 
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�� Relapsers:  patients who experienced undetectable HCV levels after 42 weeks of therapy but 

they relapsed once the treatment was stopped. 
 
In the REALIZE trial, patients were randomized at a 2:2:1 ratio of two Telaprevir-treatment arms and 
the control arm.  The clinical trial arms were designed as follows: 
 

�� In the first Telaprevir-treatment arm, patients received 750mg Telaprevir thrice-daily for 12 
weeks in combination with peg-IFN and RBV, followed by peg-IFN and RBV alone for 36 
weeks.  This arm was termed as the ‘simultaneous start arm’. 

 
�� In the second Telaprevir-treatment arm, patients received peg-IFN and RBV for 4 weeks, 

followed by 12 weeks of 750mg Telaprevir thrice-daily in combination with peg-IFN and 
RBV, after which, they were treated with another 32 weeks of peg-IFN and RBV.  This arm 
was termed as the ‘delayed start arm’, which evaluated for the first time if there were any 
further reductions in the HCV levels when there was a 4 weeks delay in starting the Telaprevir 
treatment. 

 
�� The third arm, termed as the ‘control arm’, received peg-IFN and RBV for a period of 48 

weeks. 
 
The primary endpoint of the REALIZE trial was SVR at 24 weeks after the end of the treatments.  
VRTX completed the enrolment process of this Phase III REALIZE trial in February 2009 and the data 
from this trial was reported in September 2010. 
 
VRTX reported that 64% patients from the simultaneous start arm and 66% patients from the delayed 
start arm achieved SVR, as compared to only 17% patients in the control arm.  The SVR rates between 
the two Telaprevir-treatment arms were similar, with no extra benefit in the Telaprevir delayed start 
arm.  The table below lists the SVR rates in each of the arms across the three subgroups of patients. 
 

 Relapsers Partial Responders Null Responders Overall 

Simultaneous Start 
Arm 

83% 59% 29% 64% 

Delayed Start Arm 88% 54% 33% 66% 

Control Arm 24% 15% 5% 17% 

p-value p-value<0.0001 p-value<0.0001 p-value<0.001 - 
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The combined data from the two Telaprevir-treatment arms (both the simultaneous start arm and the 
delayed start arm) demonstrated that 65% Telaprevir patients achieved SVR in the Phase III REALIZE 
trial.  The table below compares the SVR rates of the combined Telaprevir-treatment arm and the 
control arm: 
 

 Relapsers 
(n=354) 

Partial responders 
(n=124) 

Null responders 
(n=184) 

Overall 
(n=662) 

Combined 
Telaprevir-based 

treatment arm 

86% 
(n=245/286) 

57% 
(n=55/97) 

31% 
(n=46/147) 

65% 
(n=346/530) 

Control arm 
24% 

(n=16/68) 
15% 

(n=4/27) 
5% 

(n=2/37) 
17% 

(n=22/132) 

 
The SVR rates reported in the overall Telaprevir-treatment arm was statistically significant, as 
compared to the rates in the control arm (p-value<0.0001). 
 
The most commonly observed adverse events were fatigue, pruritis, rash, flu-like symptoms, nausea and 
anemia.  Adverse events leading to the discontinuation of treatment occurred in 4% patients in the two 
Telaprevir-treatment arms and 3% patients in the control arm.  In the trial, 0.6% and 0.4% patients in 
the combined Telaprevir-treatment arm discontinued their treatments due to anemia and rash 
respectively, while no patients discontinued their treatments due to rash and anemia in the control arm. 
 
Considering the efficacy data from the three Phase III trials, it is certain that the Telaprevir-treatment 
regimens possessed far greater ability to kill HCV infection in both treatment-naïve as well as treatment 
experienced patients, as compared to the current standard therapy. 
 
On April 29, 2011, the FDA’s Antiviral Drugs Advisory Committee gave a positive recommendation 
regarding the approval of Telaprevir.  The panel unanimously voted (18-0) in favor of the drug, stating 
that the clinical data submitted by VRTX established its safety and the efficacy in treating both 
treatment-naïve and treatment experienced HCV patients. 
 
Even though, the panel members were a little concerned regarding the rash side effect, they agreed that 
the issue could be addressed by educating patients and doctors through reading materials and a toll-free 
helpline. 
 
We feel that the unanimous voting in favor of Telaprevir, the highly impressive efficacy data from the 
Phase III trials and the market need for a better drug gives the drug a strong chance to receive FDA 
approval. 
 
The Product: 
 
· Hepatitis C infection is caused by a virus (HCV) that attacks the liver cells.  The HCV virus enters 

the liver cells and multiplies there, further infecting new cells and subsequently destroying them. 
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· Each HCV particle contains a genetic material called ribonucleic acid (RNA), which contains the 

instructions for making new copies of the virus.  HCV multiplication involves the synthesis of new 
copies of the viral RNA, a process that requires several viral proteins. 

 
· Once HCV infects the liver cells, the virus reprograms these cells as viral protein-producing 

factories and starts multiplying. 
 

�� At the beginning of the HCV multiplication process, the virus produces a large, non-functional 
protein.  A viral enzyme, called NS3-4A serine protease, transforms this large, non-functional  
protein into smaller, functional protein constituents, which include the viral proteins that 
participate in the process of synthesizing the new viral RNA.  Thus, NS3-4A serine protease 
plays an important role in the HCV multiplication process. 

 
�� Enzymes are a type of protein that accelerate a range of activities that would otherwise 

occur too slowly or not occur at all. 
 
· Additionally, NS3-4A serine protease plays a key role in establishing a persistent HCV infection in 

the human body. 
 

�� The cells in the liver (the primary target of the HCV) have a natural ability to prevent any 
foreign body attack  such as a viral invasion. 

 
�� The liver cells contain a key component called interferon regulatory factor-3 (IRF-3), which is 

present in its inactive form.  As soon as any virus begins to multiply inside a liver cell, the 
inactive IRF-3 gets activated and releases chemicals called interferon alpha (IFN-a) and 
interferon beta (IFN-b).  These chemicals act against the virus and inhibit the viral 
multiplication.  As a result, the virus cannot infect new cells and spread the infection. 

 
�� However, the HCV dodges the liver cells’ ability to resist viral invasion and manages to cause 

a persistent infection.  The viral NS3-4A serine protease specifically inhibits the activation of 
IRF-3.  As a result, IFN-a and IFN-b are not released.  Thus, NS3-4A serine protease helps the 
HCV to escape the liver cells’ ability to resist viral invasion and cause persistent infection in 
the human body. 

 
· Telaprevir works by inhibiting the action of NS3-4A serine protease.  Due to the lack of NS3-4A 

serine protease activity, the HCV cannot multiply and ultimately dies.  The absence of NS3-4A 
serine protease activity also restores the liver cells’ natural ability to resist viral invasion.  The 
inactive IRF-3 undergoes activation and releases the IFN-a and IFN-b, which in turn, inhibit the 
viral multiplication process. 

 
The complete mechanism of Telaprevir is explained in pictorial form in Appendix 1 and Appendix 2 in 
the Graphical representation section at the end of the report. 
 
The Market: 
 
HCV infection, a contagious viral disease, causes inflammation and damage of the liver cells.  HCV is 
transmitted mainly through contaminated blood or shared needles. 
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DISEASE MARKET SIZE PATIENT POPULATION 

HCV Infection 

 
Worldwide: Approximately $3.5 billion and 

expected to cross $4.5 billion by 2017 
 

Worldwide: Approximately 180 
million 

U.S.: Approximately 4.1 
million 

 
The table below gives our estimated peak U.S. revenues of Telaprevir: 
 

 ESTIMATED 
PEAK SALES 

 
PEAK SALES / 

CURRENT 
MARKET CAP 

 

 
REVENUES ($MM) 

 
$3,000 26.53% 

 
Competitive Arena: 
 
If approved for HCV Infection, Telaprevir should face competition from Victrelis by Merck & Co., Inc. 
(MRK).  The following table gives a comparative analysis between Telaprevir and Victrelis. 
 

 
VRTX/Janssen Pharmaceutica, 

N.V/Mitsubishi Tanabe Pharma Corporation 
- Telaprevir 

MRK - Victrelis 

Status 
NDA filed 

(FDA approval decision by May 23, 2011) 
NDA filed 

(FDA approval decision by May 5, 2011) 

Class of Drug Protease Inhibitor Protease Inhibitor 

Mode of 
Administration 

Oral Oral 

To be Used in 
Combination 

with 
Standard of care (peg-IFN + RBV) Standard of care 

Comparison of 
the Phase III 
trial data in 

treatment-naïve 
HCV Infection 

patients 

ADVANCE trial 
 

75% in the 12 weeks Telaprevir-treatment group 
and 69% patients in the 8 weeks Telaprevir-
treatment group achieved SVR, versus 44% 

patients in the control group. 
 
 

HCV SPRINT-2 trial 
 

66% patients in the Victrelis treatment 
group (48 weeks) and 63% patients in 

the response-guided therapy group 
achieved SVR, as compared to 38% 

patients in the control group; p-
value<0.0001 for both) 

 
Contd. on the next page 



http://www.newbiomedicine.com        email: kpaul@newbiomedicine.com        Tel: (415) 367-3525 

 9

 

 
VRTX/Janssen Pharmaceutica, 

N.V/Mitsubishi Tanabe Pharma Corporation 
- Telaprevir 

MRK - Victrelis 

Comparison of 
the Phase III 
trial data in 

treatment-naïve 
HCV Infection 

patients 

- 

The Victrelis treatment group received 
standard of care for 4-weeks followed by 

Victrelis treatment for 44 weeks (48 
weeks). 

 
The response-guided therapy group 

included those treatment-naïve patients 
who demonstrated undetectable HCV 
levels from a period of 8 weeks to 24 
weeks and were allowed to stop all 

treatment at 28 weeks. 
 

The control group received standard of 
care for a period of 48 weeks. 

Comparison of 
the Phase III 
trial data in 
treatment-

experienced 
HCV Infection 

patients 

REALIZE trial 
 

Overall 65% patients in Telaprevir-based 
treatment groups achieved SVR, as compared to 

17% patients in the control group (p-
value<0.0001) 

HCV RESPOND-2 trial 
 

In the Victrelis treatment group (48 
weeks), 66% patients achieved SVR, 
while 59% patients in the Victrelis 

response-guided therapy group, achieved 
SVR, as compared to 21% patients in the 
control group (p-value<0.0001 for both) 

 
The Victrelis treatment group received 

standard of care for 4-weeks followed by 
Victrelis treatment for 44 weeks (48 

weeks). 
 

In response-guided therapy group, 
treatment-experienced patients with 
undetectable HCV levels at 8 weeks 
were able to stop all treatments at 36 

weeks 
 

The control group received standard of 
care for 48 weeks 

 

Side Effects  

ADVANCE trial - fatigue, rash, pruritus, nausea, 
headache and anemia 

 
REALIZE trial - fatigue, pruritis, rash, flu-like 

symptoms, nausea and anemia 
 

Contd. on the next page 

HCV SPRINT-2 trial - fatigue, headache, 
nausea, anemia and pyrexia (fever). 

 
HCV RESPOND-2 trial - fatigue, 

headache, nausea, anemia and dysgeusia 
(bad taste). 

 
Contd. on the next page 
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VRTX/Janssen Pharmaceutica, 

N.V/Mitsubishi Tanabe Pharma Corporation 
- Telaprevir 

MRK - Victrelis 

Drop Out/ 
Discontinuation 

Rate 
 

ADVANCE trial 
 

1.4% patients in the 12-week Telaprevir 
treatment group, 0.5% patients in the 8-week 
Telaprevir treatment group discontinued their 

treatments due to rash, while none of the patients 
from the control group discontinued their 

treatments.  The percentage of patients that 
discontinued their treatments due to anemia was 

0.8% for the 12-week Telaprevir treatment 
group, 3.3% for the 8-week Telaprevir treatment 

group and 1.1% for the control group 
 

REALIZE trial 
 

Adverse events, which lead to the 
discontinuation of treatment, occurred in 4% 

patients in the Telaprevir treatment groups and 
3% in the control group.  In the trial, 0.6% and 

0.4% patients in the combined Telaprevir 
treatment arm discontinued their treatments due 

to anemia and rash respectively, while no 
discontinuations due to rash and anemia occurred 

in the control group 
 

HCV SPRINT-2 trial 
 

2% patients in the Victrelis groups (48-
week treatment group and response-

guided therapy group) discontinued their 
treatments due to anemia, as compared to 
1% in the control group.  Overall, 16% 

and 12% treatment discontinuations 
occurred due to side effects in the 
Victrelis groups, respectively, as 

compared to 16% in the control group 
 

HCV RESPOND-2 trial 
 

Treatment discontinuations due to 
anemia were 3% and 0% for the Victrelis 
groups, respectively, compared to 0% for 

the control group.  Overall, treatment 
discontinuations due to the side effects 

were 12% and 8% for the Victrelis 
groups, respectively, versus 3% for the 

control group 
 

FDA’s Antiviral 
Drugs Advisory 

Committee 
Recommendati

on 

Positive Positive 

 
Agreement for Telaprevir: 
 
VRTX entered into an agreement with Janssen Pharmaceutica, N.V., a division of JNJ, in June 2006 for 
the development and marketing of Telaprevir.  As per the terms of the deal, VRTX retains the North 
American marketing rights to the drug, while Janssen Pharmaceutica, N.V. obtained the exclusive 
marketing rights to the drug in the rest of the world territories (except North America and Far East) 
including Europe, South America, the Middle East, Africa and Australia.  In exchange, VRTX has 
received upfront licensing and milestone payments of $265 million from Janssen Pharmaceutica, N.V. 
Additionally, VRTX is also slated to receive potential milestone payments of up to $250 million upon 
the successful development and launch of Telaprevir in Janssen’s territories.  Of this, VRTX has already 
received a sum of $155 million.  The company will also earn tiered royalties (in the mid 20% range), on 
net sales of Telaprevir in Janssen Pharmaceutica, N.V. regions.  Janssen Pharmaceutica, N.V. will fund 
50% of all development costs of the drug incurred by VRTX. 
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In June 2004, VRTX entered into an agreement with Japan-based Mitsubishi Tanabe Pharma  
Corporation for the development and commercialization of Telaprevir in Japan and certain other far-
east countries.  As per the agreement terms, Mitsubishi Tanabe Pharma Corporation acquired the rights 
to develop and commercialize Telaprevir in Japan and certain other far-east countries.  In return, VRTX 
received a sum of up to $23 million from Mitsubishi Tanabe Pharma Corporation through the Phase II 
trial, which included upfront licensing fees, development and milestone payments.  Mitsubishi Tanabe  
Pharma Corporation was obligated to make certain reimbursements related to the drug’s development 
costs to VRTX.  The agreement also provided VRTX with the eligibility to receive royalties on the sales 
of the drug in Mitsubishi Tanabe Pharma Corporation’s territories. 
 
On July 30, 2009, the VRTX amended the development and commercialization agreement with 
Mitsubishi Tanabe Pharma Corporation and converted it into a licensing agreement.  Under the terms of 
the amended agreement, VRTX received an upfront payment of $105 million from Mitsubishi Tanabe 
Pharma Corporation and is slated to receive further milestone payments that will range between $15 
million and $65 million upon the drug’s approval and commercialization in Mitsubishi Tanabe Pharma 
Corporation’s territories.  Mitsubishi Tanabe Pharma Corporation will bear the development and 
manufacturing expenses of the drug in its territories. 
 
VRTX Product Pipeline: 
 

PRODUCTS INDICATION STATUS PATIENT 
POPULATION 

Hepatitis C Virus (HCV) 
Infection In Treatment-

Naïve Patients 
NDA Filed 

Worldwide: 
Approximately 180 

million 
U.S.: Approximately 

4.1 million 

Hepatitis C Virus (HCV) 
Infection In Treatment-
Experienced Patients 

NDA Filed 

Worldwide: 
Approximately 180 

million 
U.S.: Approximately 

4.1 million 

Telaprevir 

Hepatitis C Virus (HCV) 
Infection In Combination 

With VX-222 
Phase II 

Worldwide: 
Approximately 180 

million 
U.S.: Approximately 

4.1 million 

VX-770 Cystic Fibrosis (CF) Phase III 

Worldwide: 
Approximately 70,000 

cases 
U.S.: Approximately 

30,000 cases 

VX-765 Epilepsy Phase II U.S.: Approximately 3 
million cases annually 

VX-809 Cystic Fibrosis (CF) Phase II 

Worldwide: 
Approximately 70,000 

cases 
U.S.: Approximately 

30,000 cases 
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PRODUCTS INDICATION STATUS PATIENT 
POPULATION 

VX-222 
Hepatitis C Virus (HCV) 
Infection in Combination 

With Telaprevir 
Phase II 

Worldwide: 
Approximately 180 

million 
U.S.: Approximately 

4.1 million 

VX-509 Rheumatoid Arthritis (RA) Phase II 

Worldwide: Over 21 
million 

U.S.: Approximately 3 
million 

VX-759 Chronic Hepatitis C Virus 
(HCV) Infection Phase I 

Worldwide: 
Approximately 180 

million 
U.S.: Approximately 

4.1 million 

VX-985 Hepatitis C Virus (HCV) 
Infection Phase I 

Worldwide: 
Approximately 180 

million 
U.S.: Approximately 

4.1 million 
 
Previous Coverage: 
 

EVENT 
DATE 

EVENT REPORT 
DATE 

OUR 
RECOMM-
ENDATION 

RESULT 
DATE 

OUTCOME 
REPORT 

DATE 
PRICE 

PRICE 
AFTER 

RESULT 

April 28, 
2011 

FDA panel 
review of 

Telaprevir for 
hepatitis C 

virus infection 

March 24, 
2011 Positive April 28, 

2011 Positive $46.08 $55.99 

August 
2010 

SVR24 data 
from the Phase 

III 
ILLUMINAT

E trial of 
Telaprevir for 

hepatitis C 
virus (HCV) 

infection 

August 2, 
2010 Positive August 10, 

2010 Positive $33.66 $37.00 

January - 
February 

2010 

SVR data from 
the Phase III 
(ADVANCE 
study) trial of 
Telaprevir for 

hepatitis C 
virus (HCV) 

infection 

November 
30, 2009 Positive May 25, 

2010 Positive $39.00 $37.72 
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EVENT 
DATE EVENT REPORT 

DATE 

OUR 
RECOMM-
ENDATION 

RESULT 
DATE OUTCOME 

REPORT 
DATE 
PRICE 

PRICE 
AFTER 

RESULT 

October 
30 - 

November 
3, 2009 

Presentation of 
SVR data from 

the Phase II 
(study C208) 

trial of 
Telaprevir at 
the American 
Association 
for the Study 

of Liver 
Diseases 
(AASLD) 
meeting, 

designed for 
the treatment 
of hepatitis C 
virus (HCV) 

infection 

August 13, 
2009 

Positive October 31, 
2009 

Positive $33.99 $37.13 

October 
31 - 

November 
4, 2008 

Release of 
data from the 

Phase IIb 
PROVE 3 trial 
of Telaprevir 

for the 
treatment of 
hepatitis C 

virus (HCV) 
infection at the 

AASLD 
meeting 

September 
9, 2008 Positive November 1, 

2008 Positive $25.92 $26.83 

October 
23 - 25, 
2008 

Data from the 
second part of 
the Phase IIa 
trial of VX-

770, designed 
for the 

treatment of 
cystic fibrosis 

(CF) at the 
North 

American 
Cystic Fibrosis 

Conference 

September 
23, 2008 Positive October 20, 

2008 Positive $27.67 $26.06 
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EVENT 
DATE EVENT REPORT 

DATE 

OUR 
RECOMM-
ENDATION 

RESULT 
DATE OUTCOME 

REPORT 
DATE 
PRICE 

PRICE 
AFTER 

RESULT 

July 
2008 

Data from the 
Phase II trial 
of twice-daily 

Telaprevir 
versus thrice-

daily 
Telaprevir for 
the treatment 
of first-line 
hepatitis C 

virus (HCV) 
infection 
patients 

June 30, 
2008 

Positive July 31, 
2008 

Positive $32.50 $33.09 

April 24, 
2008 

Additional 
data from 
Phase IIb 

PROVE-1 trial 
of Telaprevir 

for the 
treatment of 
hepatitis C 

virus (HCV) 
infection 

patients at the 
European 

Association 
for the Study 

of Liver 
(EASL) 
meeting 

April 4, 
2008 Positive April 23, 

2008 Positive $25.40 $27.30 

December 
2007 

Top-line 
results from 
Phase II trial 

of VX-770 for 
the treatment 

of cystic 
fibrosis (CF) 

November 
19, 2007 Positive March 27, 

2008 Positive $25.08 $18.24 

November 
2-6, 2007 

24-week 
sustained viral 

response 
(SVR) data 

from the Phase 
IIb PROVE 1 

trial of 
Telaprevir 

(VX-950) for 
hepatitis C 

virus (HCV) 
infection 

September 
4, 2007 Positive November 2, 

2007 Positive $39.56 $28.80 
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EVENT 
DATE EVENT REPORT 

DATE 

OUR 
RECOMM-
ENDATION 

RESULT 
DATE OUTCOME 

REPORT 
DATE 
PRICE 

PRICE 
AFTER 

RESULT 

April 11-
15, 2007 

12 week SVR 
data from the 

PROVE 1 trial 
of Telaprevir 
(VX-950) for 
the treatment 
of hepatitis C 
virus (HCV) 

infection 

February 2, 
2007 

Positive April 14, 
2007 

Positive $33.73 $28.65 

December 
2006 

Top-line data 
from the Phase 
II PROVE 1 

study of 
Telaprevir 

(VX-950) for 
the treatment 
of hepatitis C 
virus (HCV) 

infection 

October 30, 
2006 Positive December 

13, 2006 Positive $39.92 $36.34 

Early 2Q 
006 

Top-line Phase 
II data of VX-

702 for 
rheumatoid 

arthritis (RA) 

March 1, 
2006 

Positive March 8, 
2006 

Positive $44.10 $36.95 

1Q 2006 

Phase II data 
of VX-950 in 
combination 

with pegylated 
interferon and 
ribavirin for 
the treatment 
of hepatitis C 
virus (HCV) 

infection  

December 
26, 2005 Positive February 7, 

2006 Positive $28.79 $36.11 

1Q 2006 

Top-line data 
from Phase Ib 
study of VX-

950 and 
pegylated 

interferon in 
hepatitis C 

virus (HCV) 
infection 

January 6, 
2006 Positive January 9, 

2006 Positive $31.28 $31.93 

December 
16-19, 
2005 

Phase IIa data 
of VX-385 for 

human 
immunodefici-

ency virus 
(HIV) 

infection 

November 
9, 2005 Positive December 

16, 2005 Positive $25.57 $28.00 
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EVENT 
DATE EVENT REPORT 

DATE 

OUR 
RECOMM-
ENDATION 

RESULT 
DATE OUTCOME 

REPORT 
DATE 
PRICE 

PRICE 
AFTER 

RESULT 

November 
11-15, 
2005 

Complete data 
from Phase Ib 
trial of VX-
950 for the 
treatment of 
hepatitis C 

virus (HCV) 
infection at the 

AASLD 
meeting 

November 
9, 2005 

Positive November 
14, 2005 

Positive $25.57 $27.00 

 
Financial Ratios: 
 

     
Current price  $55.05  Cash per Share $5.15 
52-wk range  $31.25 - $55.79  Historic Cash Burn /share $4.02 
Market Cap ($MM) $11,310.00M  Est. Cash Burn /share $6.20 
EPS (FY10) -$3.77  Years to Continue 0.83 
Chg in EPS (FY11E) +53.58%  R&D ($MM) FY10 $825.22 
Revenue ($MM) FY10 $143.40    
Revenue ($MM) FY11E $682.10    
Source: Revere Research      Data as of May 2, 2011 
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Graphical representation: 
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Disclosures And Legal 
 
New BioMedicine, LLC, is not a market maker and does not perform underwriting or manager services. 
The information contained in this research is produced and copyrighted by New BioMedicine, LLC 
(New BioMedicine), and any unauthorized use, duplication, redistribution or disclosure is prohibited by 
law and can result in prosecution. New BioMedicine is not a registered broker dealer.  The New 
BioMedicine trademark, service mark, and logo are the intellectual property of New BioMedicine. The 
opinions and information contained herein have been obtained or derived from sources believed to be 
reliable, but New BioMedicine makes no representation as to their timeliness, accuracy, or 
completeness. New BioMedicine shall accept no liability for any loss arising from the use of this report, 
nor shall New BioMedicine treat all recipients of this report as customers simply by virtue of their 
receipt of this material. Nothing in this report constitutes individual investment, tax, or legal advice. 
This report is not an offer to sell or a solicitation of an offer to buy any security.  
 
The research provided herein should not be considered a complete analysis of every material fact 
regarding the companies, industries, or securities named above. New BioMedicine may issue or may 
have issued other reports that are inconsistent with or may reach different conclusions than those 
represented in this report, and all opinions are reflective of judgments made on the original date of 
publication. New BioMedicine is under no obligation to ensure that other reports are brought to the 
attention of any recipient of this report. New BioMedicine assumes no responsibility to update the 
information contained in this report. 
 
This report is intended for investment professionals, others should seek competent professional 
investment advice in conjunction with this report before making any investment decision. The 
information and material presented in this report are for general information only and do not specifically 
address individual investment objectives, financial situations, or the particular needs of any specific 
person or entity who may receive this report. Investing in any security or investment strategies 
discussed may not be suitable for you and it is recommended that you consult an independent 
investment advisor. Investments involve risk and an investor may incur either profits or losses. Past 
performance should not be taken as an indication or guarantee of future performance. This report and 
supporting materials do not constitute an offer to sell or a solicitation of an offer to buy the securities of 
the companies mentioned in this report. 
 
The analyst hereby certifies that the research conclusions, recommendations, and views contained 
herein accurately reflect his personal views about the industry, company, and securities that are the 
subject of this report and also hereby certifies that no part of his research compensation was, is, or will 
be directly or indirectly related to the specific recommendations or views contained in this report 
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Specific disclosures for this report 

Applicable 
to this 
Report 

 
Potential Disclosure 

 
 

N 

NewBioMedicine, LLC (New BioMedicine) does NOT make markets in any securities 
and has not managed or co-managed a public offering of securities for the subject 
company within the past 12 months. 

 
 

N 

 
New BioMedicine received compensation for investment banking services from the 
subject company within the past 12 months. 
 

 
 

N 

 
New BioMedicine expects to receive or intends to seek compensation for investment 
banking services from the subject company within the next 3 months. 
 

 
 
 

N 

 
The research analyst or member of the research analyst’s household has a financial 
interest in the securities of the subject company in the form of a (i) long position, (ii) 
short position, (iii) right, (iv) warrant, (v) future or, (vi) call option in such securities. 
 

 
 

N 

 
New BioMedicine and or its officers or affiliates has a financial interest in the securities 
of the subject company in the form of a (i) long position, (ii) short position, (iii) right, (iv) 
warrant, (v) future or, (vi) call option in such securities. 
 

 
 

N 

 
The research analyst principally responsible for preparing the report received 
compensation based upon various factors, including New BioMedicine total revenue, a 
portion of which was generated by New BioMedicine’s investment banking services. 
 

 
N 

 
The research analyst or a member of the analyst’s household serves as an officer, director, 
or advisory board member of the subject company. 
 

 
N 

 
An affiliate of New BioMedicine may have a different view from the views expressed 
herein. 
 

 
N 

 
New BioMedicine and/or its affiliates beneficially own 1% or more of the subject 
company. 
 

 
N 

 
The subject company is a client of New BioMedicine or one of its affiliates. 
 

  


