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Duchenne Muscular Dystrophy (DMD)
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Dystrophin

Prosensa’s R&D Pipeline
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Landmark Publication 1

The NEW ENGLAND JOURNAL of MEDICINE

| ORIGINAL ARTICLE ”

Local Dystrophin Restoration
with Antisense Oligonucleotide PRO051

Judith C. van D h.D., Anneke A . Ginjaar, Ph.D.

Mattie Bre a s M.D.

Sjef ). de Kimpe, P
Gerard J. Plat
a

-Jan B.van Ommen, Ph.D.

N Engl) Med 2007:357:2677-86.
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the biotech dilemma

to partner or
not to partner

PRO S ENSA
GlaxoSmithKline

PRESS RELE,

Prosensa and GlaxoSmithKline form alliance to fight Duchenne
Muscular Dystrophy

The financial terms include a GBP 16 million (USD 25 million) upfront payment.
Furthermore, Prosensa is eligible to receive up to GBP 412 million (USD 655 million) in
milestones payments if all four compounds are successfully developed and is also
entitled to double-digit royalties on product sales. Prosensa will retain commercial
participatory rights, and has an option to expand its commercial rights, in certain
European countries on products arising under the collaboration.

Prosensa’s Partnerships

GlaxoSmithKline
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First efficacy data for GSK/Prosensa's muscular dystrophy
candidate positive

An antisense drug developed by Prosensa and GlaxoSmithKline
(GSK) has improved walking ability for patients with Duchenne
muscular dystrophy (DMS) in a phase Iib trial.

‘The positive data on the candidate, called drisapersen, ups the ante in a
race between Prosensa/GSK and rival Sarepta Therapeutics 1o bring the
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Glaxo Muscular Dystrophy Drug
Reaches Primary Objective in Study

By Makiko Kitamura - Apr 10, 2013 7:33 AM ET
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GlaxoSmithKiine Plc (GSK)'s drisapersen achieved the primary objective of a mid-stage
study, heating up competition with Sarepta Therapeutics Inc. (SRPT) in the race for a drug

that could reverse the debilitating effects of Duchenne muscular dystrophy.

Patients taking drisapersen showed a clinically meaningful difference from those on placebf
after 48 weeks of treatment, according to an abstract of the study resuits posted on the

website of CureDuchenne, an investor in Glaxo's partner on the drug, Dutch biotechnology|
company Prosensa Therapeutics BV. Glaxo will present the data at a genetics conference
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THE BIOTECH INDUSTRY’S DAILY MONITOR

grsen (previously
e Food and Drug

Administratios erapy
designation t of patients
with Duchenne MustalawDystrophy
line's drisapersen (previ y GSK 0051) to
receive Food and Drug Admini: i gh Therapy

for potential treatment of patients with Duchenne Muscular Dystrophy

Issued: Thursday 27 June 2013, London UK
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PROSENSA HOLDING B.V. PRICES INITIAL PUBLIC OFFERING

Leiden. the Netherlands—June 27. 2013—Prosensa Holding B.V. (“Prosensa”)
announced today the pricing of its initial public offering of 6,000,000 of its ordinary
shares at an initial public offering price of $13.00 per share, before underwriting
discounts. Prosensa has also granted the underwriters a 30-day option to purchase up to
an additional 900.000 ordinary shares to cover over-allotments, if any. The ordinary
shares are expected to begin trading on the Nasdaq Global Select Market on June 28,
2013 under the symbol “RNA.”

USD 10,000,000
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GlaxoSmithKline

PRO“_ENSA

GSK and Prosensa annoifice r’1 nLepsipoint not
met in Phase Ill study of drisager; :Jd?*lents with
Duchenne Muscular Dystrophy ™

G\axoSml(hKlme (GSK) and Prosensa today announced that GSK's Phase Il Dhmca ~ °f
antisense for the treatment of Duchemeuscular

Dystrophy (DMD) patients with an amenable mutation, did not meet the primary endpoint of a
statistically significant improvement in the 6 Minute Walking Distance (SMWD) test compared to
placebo.

RNA

Prosensa Holding N.V.
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An angry investor
“This company is based in Netherlands,
RNA should focus on pimping business

instead of biotech...
what a bunch of morons”

where drugs and prostitution is legalized.
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Proseﬁsa still hopeful

Press Release Jan 13, 2014 &

...Prosensa has regained all rights from GSK to
drisapersen and will retain rights to all other
programs for the treatment of Duchenne Muscular
Dystrophy...

...Prosensa will now have the full, unencumbered
rights to continue the development of drisapersen
as well as each of its DMD programs...
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Topics: R&D

GSK dumps a failed muscular dystrophy drug
back in Prosensa's lap ing
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http://my.fool.com/profile/tmfbiologyfool/info.aspx?source=iapsitlnk0000002
http://my.fool.com/profile/tmfbiologyfool/info.aspx?source=iapsitlnk0000002
http://www.fool.com/author/1577/index.aspx?source=iapsitlnk0000003
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Topics: Regulatory

Prosensa gets an FDA green light for its
once-failed DMD drug

June 3, 2014 | By Damian Garde

SHARE  After a late-stage failure and a kiss-off from partner
GlaxoSmithKline ($GSK), Prosensa (SRNA) and its.

Email | innovative treatment for Duchenne muscular dystrophy
seemed to be on a downward slope. But now, after a
26 | series of "positive” meetings with the FDA, the company

N says it plans to submit its breakthrough-designated drug
¥ Tweel for approval this year, taking advantage of the agency's
accelerated pathway.
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Robert Langer
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B OMAR'N PRO“ENSA

Contacts:
Investors Media

Traci McCart Debra Charlesworth
BioMarin Pharmaceutical Inc. BioMarin Pha

(415) 4557558
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o -« as part of a New Drug Application process
<wwakthiough Therapy designation by the FDA
onts

Follow-on products leveraging Prosensa’s same technology platform in the pipeline
target an additional 35,000 DMD patients in BioMarin’s commercial territories

Investor conference call to be held today, November 24, 2014 at Sam PST (8am EST)
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CONSCIENCE
AND COURAGE

HOW VISIONARY CEO
HENRI TERMEER
N

GIANT AND

PIONEERED THE RARE

DISEASE INDUSTRY

JOHN HAWKINS
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cannot
wait

FUTURE
AFFORDABLE
SUSTAINABLE
THERAPIES
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THE GREAT
AMERICAN
DRUG DEAL ¢4

A New Prescription for
Innovative and Affordable Medicines

PETER KOLCHINSKY
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Ranglijst der ranglijsten

I Corroatiivaness Scorsboor

® Global Competitiveness Index
@ Global Innovation Index

Human Development Index
® Hapiness Ranking

Som van alle posities op rangljsten

Kabinet: in 2040 zet Nederland de toon in biotech

Hotkabinat heaft e ambiti dat Nedsrland in 2040 tot de mondisle kopgrosp behoort,
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Ranglijst en indexscores innovatievermogen

| Nieuwe lijst sleuteltechnologieén fundament
voor techstrategiL

1. Optical systems and integrated photonics;

ﬂ,’

2. Quantum technologies;

Process technology, including process intensification;

Biomolecular and cell technologies; |

Imaging technologies;

Mechatronics and opto-mechatronics;
Artificial intelligence and data science;
Energy materials;

Semiconductor technologies;

. Cybersecurity technologies.
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Rapport Wennink: Life Sciences en
biotechnologie belangrijke groeimotoren A
voor het verdienvermogen van Nederland
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Rapport: sleutelrol voor Leiden bij
verdienvermogen Nederland




