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Forward looking statement
This presentat ion contains forward - looking statements wi th in the meaning of  The Private Securi t ies Li t igat ion Reform Act of  1995 . Al l  s tatements contained in th is  
presentat ion,  other than statements of  h is tor ic  fact ,  are forward- looking statements,  inc luding statements wi th respect to 2020 net product revenue guidance, s tatements 
wi th respect to the 2020 non -GAAP R&D and SG&A expense guidance and statements regarding: the future expectat ions,  p lans and pro spects for PTC; expectat ions wi th 
respect to PTC's gene therapy plat form, inc luding any potent ia l  regulatory submiss ions and manufactur ing capabi l i t ies;  advanceme nt of  PTC's jo int  col laborat ion program in 
SMA, inc luding any potent ia l  regulatory submiss ions,  commercial izat ion or royal ty or mi lestone payments;  PTC's expectat ions w i th respect to the l icensing,  regulatory 
submiss ions and potent ia l  commercial izat ion of Tegsedi and W ayl ivra;  expansion of  commercial izat ion of Translarna and Emf laza and related regulatory submiss ions;  PTC's 
strategy, future operat ions,  future f inancial posi t ion,  future revenues, projected costs;  and the object ives of  management.  Othe r forward- looking statements may be 
ident i f ied by the words "guidance",  "plan,"  "ant ic ipate,"  "bel ieve,"  "est imate,"  "expect," " intend,"  "may,"  " target,"  "potent ia l , "  "wi l l , "  "would,"  "could,"  "should,"  "cont inue,"  
and s imi lar expressions. ​

PTC's actual  resul ts ,  performance or achievements could di f fer mater ia l ly f rom those expressed or impl ied by forward - looking sta tements i t  makes as a resul t  of  a var iety of  
r isks and uncertaint ies,  inc luding those related to:  the outcome of  pr ic ing,  coverage and reimbursement negot iat ions wi th th i rd party payors for PTC’s products or product 
candidates that  PTC commercial izes or may commercial ize in the future;  expectat ions wi th respect to PTC’s gene therapy plat fo rm, inc luding any potent ia l  
regulatory submiss ions and potent ia l  approvals,  manufactur ing capabi l i t ies and the potent ia l  f inancial  impact and benef i ts  of  i t s  leased biologics manufactur ing fac i l i ty and 
the potent ia l  achievement of  development,  regulatory and sales mi lestones and cont ingent payments that  PTC may be obl igated t o make; the enrol lment,  conduct,  and 
resul ts  of  s tudies under the SMA col laborat ion and events during,  or as a resul t  of ,  the studies that  could delay or prevent fur ther development under the program, inc luding 
any potent ia l  regulatory submissions, regulatory approvals and potent ia l  commercial izat ion wi th regards to r isdiplam; PTC's abi l i ty to complete a dystrophin study 
necessary to support  a re -submiss ion of  i ts Translarna NDA for the t reatment of  nonsense mutat ion Duchenne muscular dystrophy ( nmDMD) to the FDA, and PTC's abi l i ty to 
perform any necessary addi t ional  c l in ical  t r ia ls ,  non -c l in ical  s tudies,  and CMC assessments or analyses at  s igni f icant cost ;  PTC 's abi l i ty to maintain i ts  market ing 
authorizat ion of Translarna for the t reatment of nmDMD in the European Economic Area (EEA),  inc luding whether the European Medic ines Agency (EMA) determines in 
future annual  renewal  cyc les that  the benef i t - r isk balance of Translarna authorizat ion supports  renewal  of  such authorizat ion;  PTC's abi l i ty to enrol l ,  fund, complete and 
t imely submit  to the EMA the resul ts  of  Study 041, a randomized, 18 -month,  p lacebo-control led c l in ical  t r ia l  of Translarna for the t reatment of nmDMD fol lowed by an 18-
month open-label  extension,  which is  a speci f ic  obl igat ion to cont inued market ing authorizat ion in the EEA; expectat ions wi th respect to the commercial izat ion 
of Tegsedi and W ayl ivra;  s igni f icant business ef fects,  inc luding the ef fects of  industry,  market,  economic,  pol i t ical  or regulatory condi t ions;  chan ges in tax and other laws, 
regulat ions,  rates and pol ic ies;  the el ig ib le pat ient  base and commercial  potent ia l  of  PTC's products and product candidates;  PT C's sc ient i f ic  approach and general  
development progress;  PTC’s abi l i ty to sat is fy i ts  obl igat ions under the terms of  the lease agreement for i ts  leased biologic s manufactur ing fac i l i ty;  PTC's abi l i ty to sat is fy 
i ts  obl igat ions under the terms of  the senior secured term loan fac i l i ty wi th MidCap Financial ;  the suf f ic iency of  PTC's cash resources and i ts  abi l i ty to obtain adequate 
f inancing in the future for i ts  foreseeable and unforeseeable operat ing expenses and capi ta l  expendi tures;  and the factors discu ssed in the "Risk Factors" sect ion of  PTC's 
most recent Quarter ly Report  on Form 10 -Q and Annual  Report  on Form 10 -K, as wel l  as any updates to these r isk factors f i led f rom t ime to t ime in PTC's other f i l ings wi th 
the SEC. You are urged to careful ly consider al l  such factors. ​

As wi th any pharmaceut ical  under development,  there are s igni f icant r isks in the development,  regulatory approval  and commerc ial izat ion of  new products.  There are no 
guarantees that  any product wi l l  receive or maintain regulatory approval  in any terr i tory,  or prove to be commercial ly successfu l ,  inc luding Translarna, Emf laza, PTC-
AADC, Tegsedi , W ayl ivra or r isdiplam.

The forward- looking statements contained herein represent PTC's views only as of  the date of  th is  presentat ion and PTC does not undertake or plan to update or revise any 
such forward- looking statements to ref lect actual  resul ts  or changes in plans,  prospects,  assumpt ions,  est imates or project ions, or other c i rcumstances occurr ing af ter the 
date of  th is  presentat ion except as required by law. ​
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Treatment with ataluren showed trend towards improvement in maximum 
reading speed in nonsense mutation aniridia patients
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PTC743 and PTC857 target 15-lipoxygenase — a key regulator of inflammation 
and oxidative stress pathways
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Initiating three clinical trials in 2020 in Bio-e platform
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Trial Starting 2Q20 

• Proof-of-concept in dozens of 

patients

• Clinical trials demonstrated 

reduction in hospitalizations and 

mortality risk in MEDS patients

• To enroll patients with 4 most 

common sub-types of MEDS

• Potential registrational trial 

PTC743 PTC743

Trial Starting 3Q20

• Mechanism linked to FA 

pathology

• >60 subjects treated; 

Improvement in FARS 

compared to natural history 

• Potentially complementary 

with FA gene therapy

• Potential registrational trial 

Mitochondrial Epilepsy Trial Friedreich Ataxia Trial

5-6K
patients in the US and EU

25K
patients WW 

Trial Starting 3Q20

• Targeting GBA Parkinson’s 

disease as first indication

• Inhibits alpha-synuclein 

oxidation and aggregate 

intensity in preclinical trials

• Protects dopamine-related 

motor function in MPTP mouse

PTC857

Phase 1 Trial

~50 – 90K 
patients in the US 



Beyond 2023

HD, PTC-AADC, 

PTC-FA, risdiplam, 

Tegsedi™, Waylivra®Risdiplam
HD, 

risdiplam

Angelman, ataluren (US 

DMD), FA, GBA-PD, 

HD, MEDS, PTC-FA

2020*
DMD Franchise

(risdiplam, Tegsedi™, 

Waylivra®, PTC-AADC)

Sustainable innovation 
drives continuous value creation

*  R e v e n u e  g u i d a n c e  d o e s  n o t  i n c l u d e  n e w  p r o d u c t  l a u n c h e s8

2019
DMD Franchise

2016
Translarna™

2023
DMD Franchise, PTC-AADC, 

risdiplam, Tegsedi™, 

Waylivra®

$81M

Nonsense Mutation

Gene Therapy

Splicing

Bio-e

REVENUE

INNOVATION

2015
Translarna™

Angelman, FA, GBA-PD, HD, 

MEDS, PTC-FA, undisclosed 

Bio-e, gene therapy, and 

splicing

$34M

$291M

$320 –

$340M

>$1.5B

Emflaza®



Strong financial performance supports future growth 
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2020 DMD Franchise Net Product 

Revenue Guidance

$320 – $340M
2020 non-GAAP R&D 

and SG&A expense

$545 – $575M

2019 Combined Net Revenue 

$307M
New product launches and 

approvals could also contribute to 

2020 revenue

(e.g.,Tegsedi, commercial Waylivra

EAP, PTC-AADC and risdiplam)
2019 DMD Franchise Net 

Product Revenue

$291M



SMA Milestones and Royalties

1 0

Royalties to PTC based on net sales

Tier of Calendar Year WW Net Sales 

in $US million

Percent (%) 

of Net Sales

0 – 500 8

> 500 – 1,000 11

> 1,000 – 2,000 14

> 2,000 16

Sales-based milestones to PTC

Total Calendar Year Net Sales ($US) Payment ($US)

> $ 500,000,000 $ 25,000,000

> $ 750,000,000 $ 50,000,000

> $ 1,500,000,000 $ 100,000,000

> $ 2,500,000,000 $ 150,000,000

Total Remaining $ 325,000,000

Milestone-based payments to PTC

Event Payment ($US)

Filing of a MAA in an EU country or with the EMA $ 15,000,000

Filing of an NDA in Japan $ 7,500,000

First Commercial Sale in US $ 20,000,000

First Commercial Sale in the EU $ 20,000,000

First Commercial Sale in Japan $ 10,000,000

Total Remaining $ 72,500,000
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