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Item 2.02 Results of Operations and Financial Condition.

On January 10, 2017, Edward M. Kaye M.D., President, Chief Executive Officer and Chief Medical Officer of Sarepta Therapeutics, Inc. (the
“Company”) disclosed certain preliminary financial information for the year ended December 31, 2016 during the Company’s presentation at the 35th
Annual J.P. Morgan Healthcare Conference (the “Conference”) and in discussions with third parties at the Conference. Specifically, the Company disclosed
that, as of December 31, 2016, the Company generated approximately $5.4 million in revenue (unaudited) from sales of Exondys 51TM and had cash, cash
equivalents and investments of $329.3 million (unaudited). A copy of the slide presentation associated with this announcement is furnished as Exhibit 99.1
and is incorporated herein by reference.

The information in this Item 2.02 is unaudited and preliminary, and does not present all information necessary for an understanding of the Company’s
financial condition as of December 31, 2016 and its results of operations for the three months and year ended December 31, 2016. The audit of the
Company’s financial statements for the year ended December 31, 2016 is ongoing and could result in changes to the information in this Item 2.02.

Item 7.01 Regulation FD Disclosure.

The disclosure in Item 2.02 above is hereby incorporated by reference into this Item 7.01.

The slides presented by Dr. Kaye at the Conference on January 10, 2017 are furnished with this report as Exhibit 99.1, which is incorporated herein by
reference.

The information in this report and Exhibit 99.1 to this report is furnished pursuant to Items 2.02 and 7.01 and shall not be deemed “filed” for
the purposes of Section 18 of the Securities and Exchange Act of 1934, as amended (the “Exchange Act”), or otherwise subject to the liabilities of that
section. It may only be incorporated by reference in another filing under the Exchange Act or the Securities Act of 1933, as amended, if such subsequent
filing specifically references the information furnished pursuant to Items 2.02 and 7.01 of this report.

Item 9.01 Financial Statements and Exhibits.

(d) Exhibits.
 
Exhibit
Number  Description

99.1   Sarepta Therapeutics, Inc. Presentation at the 35th Annual J.P. Morgan Healthcare Conference, dated January 10, 2017.



SIGNATURES

Pursuant to the requirements of the Securities Exchange Act of 1934, the registrant has duly caused this report to be signed on its behalf by the
undersigned hereunto duly authorized.
 

Sarepta Therapeutics, Inc.

By:  /s/ Edward M. Kaye, M.D.

 

Edward M. Kaye, M.D.
President, Chief Executive Officer and
Chief Medical Officer

Date: January 10, 2017
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Number  Description

99.1   Sarepta Therapeutics, Inc. Presentation at the 35th Annual J.P. Morgan Healthcare Conference, dated January 10, 2017.



R N A -targ eted  P recisio n  Med icin e fo r D u ch en n e Mu scu lar D y stro p h y  JA N U A R Y  1 0 , 2 0 1 7  N A S D A Q : S R P T  E x h ib it 9 9 .1



F o rw ard -lo o k in g  statem en ts T h is p resen tatio n  co n tain s "fo rw ard -lo o k in g  statem en ts" w ith in  th e m ean in g  o f th e safe h arb o r p ro v isio n s o f th e U .S . P riv ate S ecu rities L itig atio n  R efo rm  A ct o f 1 9 9 5 . S tatem en ts th at are n o t h isto rical facts o r w o rd s su ch  as "b eliev es," "an ticip ates," "p lan s," "ex p ects," "w ill," "in ten d s," "p o ten tial," "p o ssib le," “g o al,” ”strateg y ,” ”m ay ,” “sh o u ld ,” “p ro ject,” “estim ate,” “an d  sim ilar ex p ressio n s are in ten d ed  to  id en tify  fo rw ard -lo o k in g  statem en ts. F o rw ard -lo o k in g  statem en ts in  th is p resen tatio n  in clu d e b u t are n o t lim ited  to : T h e m ark et o p p o rtu n ity  fo r D MD  in  an d  S arep ta’s g o als to  ex p an d  in to  E u ro p e an d  o th er reg io n s; th e p o ten tial ro le an d  im p act o f sm all am o u n ts o f d y stro p h in  o n  D MD  d isease p ro g ressio n ; S arep ta’s b eliefs th at it h as estab lish ed  a stro n g  fo u n d atio n  fo r th e E x o n d y s 5 1  lau n ch  an d  its p lan s to  co n tin u e b u ild in g  o n  it, th at th e early  stag e o f th e lau n ch  an d  access d iscu ssio n s w ith  p ay o rs are g o in g  w ell an d  th at th ey  w ill u ltim ately  co v er th e m ajo rity  o f p atien ts w h o  h av e su b m itted  a start fo rm , th at th e in itial q u arter o f th is lau n ch  is h ig h ly  co m p etitiv e w ith  th o se o f so m e o f th e m o st su ccessfu l lau n ch es fo r u ltra-rare d iseases, th at S arep ta is w ell p o sitio n ed  fo r su ccess in  2 0 1 7  an d  its p lan s fo r b u ild in g  sh areh o ld er v alu e in  2 0 1 7  b y  am o n g  o th er th in g s ex ecu tin g  o n  S arep ta’s id en tified  k ey  areas o f fo cu s to  su p p o rt th e lau n ch , its strateg ic p lan s w ith  p ay o rs, an d  S arep ta’s ex p ectatio n  th at co n v ersio n  rates w ill g rad u ally  accelerate th ro u g h o u t th e seco n d  q u arter an d  th e rest o f th e y ear; S arep ta’s p lan s fo r its p ip elin e an d  tech n o lo g y , in clu d in g  P P MO , d ev elo p m en t effo rts, p artn ersh ip s an d  th eir resp ectiv e p o ten tial b en efits; S arep ta’s Q 4  2 0 1 6  n et rev en u e (u n au d ited ) an d  o th er fin an cial ex p ectatio n s; S arep ta’s strateg ic an d  co m m ercializatio n  p lan s in  th e E U  fo r E x o n d y s 5 1  an d  S arep ta’s b elief th at it h as su b m itted  d ata su p p o rtin g  th e clin ical efficacy  o f E x o n d y s 5 1  an d  ex p ectatio n s relatin g  to  th e E MA ’s E x o n d y s 5 1  MA A  ev alu atio n  p ro cess an d  tim elin es; S arep ta’s b elief th at its ro b u st clin ical d ev elo p m en t p ro g ram , in clu d in g  E S S E N C E , co u ld  fo rm  a p o ten tial fo u n d atio n  fo r an  accelerated  clin ical d ev elo p m en t p ath w ay  fo r fo llo w -o n  th erap ies; an d  o th er statem en ts m ad e d u rin g  th e p resen tatio n  reg ard in g  S arep ta’s fu tu re, strateg y  an d  b u sin ess p lan s. T h ese fo rw ard -lo o k in g  statem en ts in v o lv e risk s an d  u n certain ties, m an y  o f w h ich  are b ey o n d  S arep ta’s co n tro l an d  are b ased  o n  S arep ta’s cu rren t b eliefs, ex p ectatio n s an d  assu m p tio n s reg ard in g  it b u sin ess. A ctu al resu lts an d  fin an cial co n d itio n  co u ld  m aterially  d iffer fro m  th o se stated  o rim p lied  b y  th ese fo rw ard -lo o k in g  statem en ts as a resu lt o f su ch  risk s an d  u n certain ties an d  co u ld  m aterially  an d  ad v ersely  affect S arep ta’s b u sin ess, resu lts o f o p eratio n s an d  trad in g  p rice. P o ten tial k n o w n  risk  facto rs in clu d e, am o n g  o th ers, th e fo llo w in g : th e co m m ercializatio n  o f E X O N D Y S  5 1  m ay  n o t b e su ccessfu l in  p art o r at all fo r v ario u s reaso n s in clu d in g  th at th e actu al m ark et size, m ark et accep tan ce, d em an d / p rescrip tio n s an d  d ru g  su p p ly  n eed ed  m ay  n o t b e co n sisten t w ith  S arep ta’s ex p ectatio n s, in su ran ce carrier d elay s in  co v erag e, co v erag e lim itatio n s an d  d en ials co u ld  b e m o re p rev alen t th an  ex p ected , o u r m an u factu rin g , sales, d istrib u tio n  an d  sp ecialty  p h arm acy  n etw o rk  m ay  n o t b e efficien t in  g ettin g  E X O N D Y S  5 1  to  th e m ark et, an d  o th er eco n o m ic, co m p etitiv e, reim b u rsem en t an d  reg u lato ry  co n d itio n s co u ld  n eg ativ ely  im p act co m m ercializatio n ; th e U S P T O , o th er ag en cies o r co u rts m ay  m ak e d ecisio n s ag ain st S arep ta th at n eg ativ ely  im p act its b u sin ess p lan s fo r E X O N D Y S  5 1 , its p ip elin e o f p ro d u ct can d id ates o r tech n o lo g ies; co m p letio n  o f p o st-m ark etin g  co m m itm en ts an d  o th er stu d ies fo r E X O N D Y S  5 1  an d  research  an d  d ev elo p m en t effo rts fo r o u r tech n o lo g ies, in clu d in g  P P MO , an d  p ip elin e o f p ro d u ct can d id ates m ay  n o t y ield  d ata co n sisten t w ith  p rio r resu lts o r d em o n strate a b en efit th at su p p o rts ap p ro v al o r co n tin u ed  o r fu ll reg u lato ry  ap p ro v al b y  reg u lato ry  au th o rities; S arep ta an d / o r its p artn ers m ay  n o t b e ab le to  ach iev e an y  ad d itio n al su ccessfu l co m m ercializatio n s o r g ain  an y  b en efit fro m  th eir p artn ersh ip s; S arep ta m ay  n o t b e ab le to  ex ecu te o n  its b u sin ess p lan s in clu d in g  m eetin g  its ex p ected  o r p lan n ed  reg u lato ry  m ilesto n es an d  tim elin es, clin ical d ev elo p m en t p lan s an d  b rin g in g  p ro d u ct can d id ates to  m ark et fo r v ario u s o th er reaso n s in clu d in g  p o ssib le lim itatio n s o f C o m p an y  fin an cial an d  o th er reso u rces, m an u factu rin g  lim itatio n s th at m ay  n o t b e an ticip ated  an d  reg u lato ry , co u rt o r ag en cy  d ecisio n s; an d  th o se risk s id en tified  u n d er th e h ead in g  “R isk  F acto rs” in  S arep ta’s 2 0 1 5  A n n u al R ep o rt o n  F o rm  1 0 -K  o r an d  m o st recen t Q u arterly  R ep o rt o n  F o rm  1 0 -Q  fo r th e q u arter en d ed  S ep tem b er 3 0 , 2 0 1 6  filed  w ith  th e S ecu rities an d  E x ch an g e C o m m issio n  (S E C ) an d  in  its o th er S E C  filin g s. F o r a d etailed  d escrip tio n  o f risk s an d  u n certain ties S arep ta faces, y o u  are en co u rag ed  to  rev iew  S arep ta's filin g s w ith  th e S E C . We cau tio n  in v esto rs n o t to  p lace co n sid erab le relian ce o n  th e fo rw ard -lo o k in g  statem en ts co n tain ed  in  th is p resen tatio n . T h efo rw ard -lo o k in g  statem en ts in  th is p resen tatio n  are m ad e as o f th e d ate o f th is p resen tatio n  o n ly  an d , o th er th an  as req u ired  u n d er ap p licab le law , S arep ta d o es n o t u n d ertak e an y  o b lig atio n  to  p u b licly  u p d ate its fo rw ard -lo o k in g  statem en ts.  



A ffects 1  in  3 ,5 0 0  –  5 ,0 0 0  m ales b o rn  w o rld w id e Wh at is D u ch en n e m u scu lar d y stro p h y ? R are p ro g ressiv e n eu ro m u scu lar g en etic d isease; fatal w ith  av erag e lifesp an  o f m id  to  late 2 0 s D iag n o sis o ccu rs b etw een  ag es 4 -5  C au sed  b y  g en e m u tatio n  th at en co d es fo r d y stro p h in  –  a p ro tein  th at p lay s a k ey  stru ctu ral ro le in  m u scle fib er p ro d u ctio n  S m all am o u n ts o f d y stro p h in  m ay  ch an g e th e p ro g ressio n  o f th e d isease



D MD  R ep resen ts a sig n ifican t o p p o rtu n ity  in  k ey  m ark ets aro u n d  th e w o rld  4 7 %  o f D MD  [> 1 2 ,0 0 0  p atien ts] 8  ex o n s E x o n  4 4  E x o n  5 2  E x o n  4 3  E x o n  8  E x o n  5 5  E x o n  4 5  E x o n  5 3  E x o n  5 1  2 9 %  o f D MD  [> 7 ,6 0 0  p atien ts] 3  ex o n s E x o n  4 5  E x o n  5 3  E x o n  5 1  1 3 %  o f D MD  [> 3 ,4 0 0  p atien ts] 1  ex o n  E x o n  5 1  8  ex o n s ≈  h alf o f all D MD  p atien ts



b u ild in g  v alu e fo r sh areh o ld ers in  2 0 1 7  E x o n  4 5 & 5 3  P P MO  4  E x tern al C o llab o ratio n s 3 . A ccelerate Mu ltip le T reatm en t A p p ro ach es P u rsu e an d  secu re E MA  ap p ro v al an d  estab lish  E U  fo o tp rin t P rep are fo r early  access in  o th er ju risd ictio n s 2 . G lo b al E x p an sio n  E X O N D Y S  5 1  lau n ch  in  U S  In crease aw aren ess an d  im p o rtan ce o f k n o w in g  y o u r m u tatio n  1 . A ch iev e S u ccessfu l C o m m ercial L au n ch



E X O N D Y S  5 1 ™ C o m m ercial U p d ate



F IR S T  D riv in g  p rescrip tio n s fo r all id en tified / ap p ro p riate E x o n  5 1  sk ip  am en ab le p atien ts F O U R T H  E n su rin g  all D MD  p atien ts h av e g en etic tests an d  are ap p ro p riately  id en tified  fo r ex o n  am en ab ility  F o u r K ey  activ ities D R IV IN G  A  S U C C E S S F U L  E X O N D Y S  5 1  L A U N C H  K ey  S trateg ic A reas o f F o cu s T H IR D  A d d ressin g  p ro ced u ral b arriers to  th erap y  to  sh o rten  tim efram e fro m  start fo rm  to  first in fu sio n  S E C O N D  A ctiv e d ialo g u e w ith  p ay ers to  su p p o rt b ro ad  m ark et access



C O MME R C IA L  E X E C U T IO N : U .S . MA R K E T  L A U N C H  Q 4  N et R ev en u e (u n au d ited ): ~ $ 5 .4  Millio n  G en etically  V erified  S tart F o rm s: O v er 2 5 0  S in ce L au n ch  P atien t D em o g rap h ics C u rren t S tart F o rm s: ~ 6 0 %  co m m ercial / 4 0 %  Med icaid  A g e o f P atien ts o n  T h erap y : 9  m o n th s - 2 7  y ears A v erag e A g e o f P atien ts o n  T h erap y : 1 3  y ears S T R O N G  in itial P H Y S IC IA N  A N D  P A T IE N T  D E MA N D



E x o n  5 1  P atien ts b y  D MD  C en ter 9 5 %  T o p  T ier C en ters h av e su b m itted  a S T A R T  F o rm  9 2 %  T ier 2  C en ters h av e su b m itted  a S T A R T  F o rm  6 0 %  T ier 3  C en ters h av e su b m itted  a S T A R T  F o rm  D MD  C en ters T IE R  1  &  2  R E P R E S E N T  8 0 %  O F  A L L  D MD  E X O N  5 1  P A T IE N T S  MA JO R  D MD  C E N T E R S  are activ ely  su b m ittin g  start fo rm s



9  N atio n al H ealth  P lan s C o v erin g  > 1 5 6  Millio n  L iv es 2 2  R eg io n al A cco u n ts C o v erin g  6 0  Millio n  L iv es 5  o f th e T o p  C o m m ercial P B Ms 3  o f th e T o p  Med icaid  P B Ms 1 3  o f th e T o p  Med icaid  S tates C o v erin g  2 7  Millio n  L iv es P ay ers activ ely  en g ag ed  in  learn in g  m o re ab o u t E X O N D Y S  5 1  (i.e. > 2 5  A MC P  D o ssier req u ests receiv ed  to  d ate, ~ 2 0  Med ical / MS L  p resen tatio n s) A C C E S S  D iscu ssio n s P ro g ressin g  Well



Majo rity  o f P lan s co v erin g  o r ev alu atin g  co v erag e case-b y -case 1 3 %  o f C o v ered  L iv es h av e a fav o rab le p o licy  an d /o r co v erin g  to  U S P I 7 9 %  o f C o v ered  L iv es are p en d in g  p o licy  d ecisio n s, rev iew in g  case-b y -case o r ap p ro v ed  w ith  restrictio n s 8 %  o f C o v ered  L iv es are d en y in g  co v erag e (co n v ersatio n s co n tin u e) A s o f 1 2 /3 1 /1 6



P atien t Jo u rn ey  to  first in fu sio n  F in d  o u t ab o u t E X O N D Y S  5 1  Id en tify  “p atien t h o m e” site o f care an d  1 :1  K O L  to  lo cal MD  d iscu ssio n  S u rg ical p lacem en t o f p o rt D iscu ss w ith  D MD  E x p ert S ch ed u le ap p o in tm en t fo r p o rt F irst E X O N D Y S  5 1  in fu sio n  T im elin e V aries C en ter-to -C en ter an d  P atien t-b y -P atien t In itiate access/reim b u rsem en t effo rt i.e. Id en tify  p rio r au th o rizatio n  criteria S u b m it start fo rm  S h ip  p ro d u ct D eterm in e in fu sio n  site o p tio n s C o o rd in ate in fu sio n  S u b m it p ap erw o rk  an d /o r 1 :1  K O L  m eetin g s to  d iscu ss access fo r p atien t C o n firm  G en etic Mu tatio n



G E N E T IC  T E S T IN G  P P MD  p artn ersh ip  (D eco d e D u ch en n e su p p o rt fo r testin g ) H C P  “Im p o rtan ce o f G en etic T estin g ” B ro ch u re (F ield  d riv en ) D u ch en n e.co m  p atien t ed u catio n  “k n o w in g  y o u r D MD  m u tatio n ” IN T E R P R E T A T IO N  P P MD  p artn ersh ip  (D eco d e D u ch en n e g en etic co u n selo rs) MD A  su p p o rted  D MD  C h art R ev iew  P ro g ram  D u ch en n e.co m  (E x o n  D eletio n  T o o l) G en etic Mu tatio n  Wo rk sh eet d riv in g  p atien t id en tificatio n  th ro u g h  in creased  g en etic testin g  an d  in terp retatio n  7 -fo ld  in crease y ear-o v er-y ear in  testin g  ap p licatio n s H ig h est m o n th  o f p ro g ram  to -d ate (last m o n th ) P P MD  –  D eC o d e D u ch en n e



T reatin g  Mo re b o y s w ith  d m d



E .U . m ark et research  an d  K O L  m ap p in g  co m p leted  S trateg ic ap p ro ach  to  E .U . co n g ress m an ag em en t L arg er ex o n  5 1  o p p o rtu n ity  (p atien t n u m b ers) th an  th e U .S . E U R O P E  is a larg e o p p o rtu n ity  IP  leg al in itiativ es p ro g ressin g



E U R O P E A N  S U B MIS S IO N  (MA A ) P ro p o sed  In d icatio n  E X O N D Y S  is in d icated  fo r treatm en t o f D u ch en n e m u scu lar d y stro p h y  (D MD ) in  ad u lts, ad o lescen ts an d  ch ild ren  ag ed  4  y ears an d  o ld er w h o  h av e a co n firm ed  m u tatio n  o f th e D MD  g en e th at is am en ab le to  ex o n  5 1  sk ip p in g  C lin ical D ata E tep lirsen  v s U n treated  E x tern al C o n tro l (ex o n  5 1  am en ab le p atien ts) 4 -Y ear 6 MWT  D ata 4 - Y ear L o ss o f A m b u latio n  D ata S u p p o rtiv e D ata o n  o th er O u tco m e Measu res 3 -Y ear N o rth  S tar A m b u lato ry  A ssessm en t T o tal S co re 3 - Y ear A b ility  to  R ise In d ep en d en tly  fro m  S u p in e P u lm o n ary  F u n ctio n  (co m p ared  to  literatu re) E tep lirsen  v s S eco n d ary  E x tern al C o n tro l (N = 5 0  an y  ex o n  am en ab le p atien ts) 3 -Y ear 6 MWT  D ata 3 - Y ear L o ss o f A m b u latio n  D ata D y stro p h in  (Week  1 8 0  v s. u n treated  co n tro ls) P ercen t D y stro p h in  F ib ers In ten sity  Western  B lo t S afety  D atab ase: N = 1 5 0  (8 1  w ith  ≥ 1  y ear o f ex p o su re)



P rep arin g  to  rap id ly  co m m ercialize in  E U  if ap p ro v ed  A ctiv ely  E n g ag ed  w ith  E U  K O L s O n g o in g  ad v iso ry  fro m  to p  E U  D MD  ex p erts an d  sig n ifican t p resen ce at m ajo r co n feren ces Wo rld  Mu scle S o ciety  S k ip  N MD  C o n so rtiu m  IC N MD : S y m p o siu m  A ctio n  D u ch en n e E MA  D MD  G u id elin es C N S  A ctiv e C lin ical T rial P ro g ram s in  E U  S R P T  4 0 5 3 -1 0 1  E S S E N C E  E U  C o m m ercial P lan s U n d erw ay  B u ild in g  o u t in frastru ctu re fo o tp rin t S calin g  m an u factu rin g  to  m eet p o ten tial d em an d  fo r a E u ro p ean  lau n ch



O v erv iew  ~  9 9  m ales to  en ro ll (ag e 7 -1 3 ) 9 6  w eek , d o u b le-b lin d , p laceb o  co n tro lled  R o ll o v er to  o p en -lab el fo r 9 6  w eek s R an d o m ized  2 :1  (6 6  activ e treatm en t:3 3  p laceb o ) C o n d u cted  at sites in  U S , E u ro p e, C an ad a a G lo b al p h ase th ree p laceb o  co n tro lled  trial fo r ex o n s 4 5  & 5 3  cu rren tly  en ro llin g  E ssen ce Will targ et an  ad d itio n al 1 6 %  F o r m o re in fo rm atio n  g o  to  clin icaltrials.g o v /sh o w /N C T 0 2 5 0 0 3 8 1  A p p ly in g  K ey  L earn in g s fro m  E tep lirsen  C lin ical T rials D ev elo p ed  to  en ro ll b o y s in  w h o m  a p o ten tial treatm en t effect m ig h t b e m o st read ily  d etected  A g e-ran g e red u ced  fro m  ag es 7 -1 6  to  ag e 7 -1 3 . B o y s o ld er th an  1 3  y ears, w h o  w alk  fu rth er th an  3 0 0  m eters o n  6 MWT  h av e a less p red ictab le d isease co u rse. A llo w s fo r a m o re h o m o g en o u s p o p u latio n  L en g th en ed  fro m  1  to  2  y ears b ased  o n  o u r u n d erstan d in g  o f th e tim e fram e w h en  a p o ten tial treatm en t effect o n  6 MWT  m ig h t first b e seen



4 0 4 5 -3 0 1  (E S S E N C E ) E x o n  4 5  o r E x o n  5 3  9 6  w eek s (p lu s 9 6  w eek  ex ten sio n ) ~ 9 9  E n ro llin g  4 6 5 8 -3 0 1  (P R O MO V I) E x o n  5 1  4 8  w eek s (p lu s 4 8  w eek  ex ten sio n ) ~ 1 6 0  ~ 8 0  treated  ~  8 0  u n treated  E n ro llin g  (T reated  &  U n treated ) 4 6 5 8 -2 0 3  E x o n  5 1  9 6  w eek s ~ 4 0  ~ 2 0  treated  ~ 2 0  u n treated  E n ro llin g  (U n treated ) R O B U S T  C lin ical d ev elo p m en t P ro g ram  D o es n o t in clu d e p en d in g  trial d esig n  u n d er d iscu ssio n  w ith  F D A  ex p lo rin g  altern ate d o sin g  reg im en (s) 4 6 5 8 -U S -2 0 2  E x o n  5 1  2 4 0 +  w eek s 1 2  C o m p lete 4 6 5 8 -2 0 4  E x o n  5 1  9 6  w eek s ~ 2 4  ~ 2 4  treated  C o m p lete 4 0 5 3 -1 0 1  E x o n  5 3  P art 1 : 1 2  w eek s P art II: 4 8  w eek s 1 2  (P art I); 4 8  (P art II) P art I: 8  p laceb o , 4  treated  P art II: 2 4  treated  (1 2  P art I), 2 4  u n treated  C o m p lete 4 0 4 5 -1 0 1  E x o n  4 5  1 2  w eek s (p lu s 1 0 8  w eek s ex ten sio n ) ~ 1 2  ~ 1 2  treated  (ex ten sio n  p h ase) C o m p lete S T U D Y  N A ME  &  N O . E X O N  T A R G E T  L E N G T H  O F  S T U D Y  N O . O F  P A T IE N T  E N R O L L ME N T  S T A T U S



S tag in g  a m u lti-fro n t b attle ag ain st D u ch en n e



Mu scle F ib ro sis (C atab asis) E x p lo rin g  b en efits o f co -ad m in istratio n  o f ex o n  sk ip p in g  an d  N F -K B  in h ib itio n  E x o n  S k ip p in g  d isease m o d ify in g  b ack b o n e to  ad d ress to  u n d erly in g  cau se o f D MD  E x ecu ted  fo u r ex tern al p artn ersh ip s ex p an d in g  o u r p o rtfo lio  o f D MD  treatm en ts S tag in g  a m u lti-fro n t b attle ag ain st D u ch en n e



E x o n  S k ip p in g  d isease m o d ify in g  b ack b o n e to  ad d ress to  u n d erly in g  cau se o f D MD  E x ecu ted  fo u r ex tern al p artn ersh ip s ex p an d in g  o u r p o rtfo lio  o f D MD  treatm en ts S tag in g  a m u lti-fro n t b attle ag ain st D u ch en n e U tro p h in  Mo d u latio n  (S u m m it) P o ten tial to  b e d isease-m o d ify in g  th erap y  fo r all u n d erly in g  m u tatio n s o f D MD



E x o n  S k ip p in g  d isease m o d ify in g  b ack b o n e to  ad d ress to  u n d erly in g  cau se o f D MD  E x ecu ted  fo u r ex tern al p artn ersh ip s ex p an d in g  o u r p o rtfo lio  o f D MD  treatm en ts S tag in g  a m u lti-fro n t b attle ag ain st D u ch en n e G en e T h erap y  (N atio n w id e C h ild ren ’s H o sp ital) P artn erin g  to  ad v an ce Micro D y stro p h in  g en e th erap y  in to  clin ical trials



Mu scle F ib ro sis (C atab asis) E x p lo rin g  b en efits o f co -ad m in istratio n  o f ex o n  sk ip p in g  an d  N F -K B  in h ib itio n  E x o n  S k ip p in g  d isease m o d ify in g  b ack b o n e to  ad d ress to  u n d erly in g  cau se o f D MD  E x ecu ted  fo u r ex tern al p artn ersh ip s ex p an d in g  o u r p o rtfo lio  o f D MD  treatm en ts S tag in g  a m u lti-fro n t b attle ag ain st D u ch en n e U tro p h in  Mo d u latio n  (S u m m it) P o ten tial to  b e d isease-m o d ify in g  th erap y  fo r all u n d erly in g  m u tatio n s o f D MD  G en e T h erap y  (N atio n w id e C h ild ren ’s H o sp ital) P artn erin g  to  ad v an ce Micro D y stro p h in  g en e th erap y  in to  clin ical trials G en e T h erap y  (N atio n w id e C h ild ren ’s H o sp ital) P artn erin g  to  ad v an ce G alg T 2  g en e th erap y  in to  clin ical trials



N ex t G en eratio n  P re-clin ical d ata



P P MO : N E X T  G E N E R A T IO N  A N T IS E N S E  P L A T F O R M T O  T A R G E T  MU S C L E  A N D  O T H E R  O R G A N S  P ro p rietary  class o f P P MO  co m p o u n d s h av e th e p o ten tial to  p ro v id e: Im p ro v ed  d eliv ery  in  v iv o  S u p erio r d y stro p h in  p ro d u ctio n  in  v iv o  T o lerab ility  in  n o n -h u m an  p rim ates L ess freq u en t d o sin g  E x ten d ed  p aten t term  A  p latfo rm  tech n o lo g y  th at can  p o ten tially  b e tailo red  to  targ et an y  o rg an  P P MO  P MO  C P P



7  3 0  6 0  9 0  7  3 0  6 0  9 0  P MO  P P MO  D ay s P o st S in g le D o se In jectio n  Q u ad ricep s m d x  (D MD ) m ice w ere treated  w ith  a sin g le IV  d o se o f P MO  o r P P MO  @ 4 0  m g /k g  T h e clin ical Western  b lo t m eth o d  fo r d y stro p h in  w as p erfo rm ed  o n  m u scle at 7 -9 0  d ay s p o st sin g le d o se in jectio n  S tan d ard  C u rv e (%  WT ) S tan d ard  C u rv e (%  WT ) S tan d ard  C u rv e (%  WT ) 1 6  4  1  .2 5  S tan d ard  C u rv e (%  WT ) P MO  P P MO  0  Q u ad ricep s 7 d  3 2  1 6  4  1  P MO  P P MO  0  3 0 d  1 6  4  1  .2 5  P MO  P P MO  0  6 0 d  1 6  4  1  .2 5  P MO  P P MO  0  9 0 d  7  3 0  6 0  9 0  7  3 0  6 0  9 0  D ay s P o st S in g le D o se In jectio n  P MO  P P MO  D iap h rag m  7  3 0  6 0  9 0  7  3 0  6 0  9 0  D ay s P o st S in g le D o se In jectio n  P MO  P P MO  H eart R E S P O N S E  D U R A B IL IT Y  S U P P O R T S  L E S S  F R E Q U E N T  D O S IN G  A  S IN G L E  P P MO  D O S E  S U S T A IN S  IN C R E A S E D  L E V E L S  O F  D Y S T R O P H IN  F O R  9 0  D A Y S  IN  MD X  MIC E



m d x  (D MD ) m ice w ere treated  w ith  a sin g le IV  d o se o f P MO  o r P P MO  (w ith  th e clin ical cell p en etratin g  p ep tid e) T h e clin ical Western  b lo t m eth o d  fo r d y stro p h in  w as p erfo rm ed  o n  m u scle at 3 0  d ay s p o st sin g le d o se in jectio n  4 0  8 0  1 2 0  D o se (m g /k g ) 4 0  8 0  1 2 0  P MO  P P MO  4 0  8 0  1 2 0  D o se (m g /k g ) 4 0  8 0  1 2 0  P MO  P P MO  H E A R T  D o se R esp o n se: L ev els o f d y stro p h in  at 3 0  d ay s p o st sin g le d o se in jectio n  o f 4 0 , 8 0 , o r 1 2 0  m g /k g  D IA P H R A G M C E L L  P E N E T R A T IN G  P E P T ID E  IN C R E A S E S  P O T E N C Y  V S . P MO  WIT H  MA T C H E D  S E Q U E N C E  A  S IN G L E  P P MO  D O S E  IN C R E A S E S  D Y S T R O P H IN  L E V E L S  IN  A  D O S E -D E P E N D E N T  MA N N E R  IN  MD X  MIC E



> 9 0 %  E X O N  5 1  S K IP P IN G  P P MO  C L IN IC A L  C A N D ID A T E  A C H IE V E S  G L O B A L  D E L IV E R Y  IN  N O N -H U MA N  P R IMA T E  (N H P ) E x o n  sk ip p in g  o b serv ed  in  all relev an t m u scle g ro u p s: sk eletal, card iac an d  sm o o th  m u scle N H P s to lerated  4 -w eek ly  d o ses o f 2 0 , 4 0  an d  8 0  m g /k g  2 0  4 0  8 0  2 0  4 0  8 0  2 0  4 0  8 0  2 0  4 0  8 0  D o se (m g /k g ) Q u ad ricep s (sk eletal) D iap h rag m  (sk eletal) H eart (card iac) G I T ract (sm o o th )



P P MO  d em o n strates en h an ced  efficacy  v s. P MO  S ig n ifican tly  h ig h er d y stro p h in  p ro d u ctio n  D u rab ility  o f resp o n se sh o u ld  su p p o rt less freq u en t d o sin g  IN D -en ab lin g  G L P  to x ico lo g y  stu d ies to  b eg in  early  th is y ear; targ et o p en in g  IN D  b efo re y ear-en d  2 0 1 7  In itial to x ico lo g y  in  m o u se an d  n o n -h u m an  p rim ate in d icate a fav o rab le th erap eu tic w in d o w  A cceleratin g  d ev elo p m en t o f P P MO  p ro g ram  to w ard s clin ical trials



U p  to  7  p ro g ram s in  clin ic in  2 0 1 7  C o m p reh en siv e ap p ro ach  to  treatin g  D MD  In tern al E x tern al C o llab o ratio n s P ro g ram  D isco v ery  P reclin ical P h ase 1  P h ase 2  P h ase 3  D MD  E X O N  5 3  (S R P -4 0 5 3 ) D MD  E X O N  4 5  (S R P -4 0 4 5 ) P P MO  D MD  E X O N  5 2  (S R P -4 0 5 2 ) U T R O P H IN  (S U MMIT ) MIC R O D Y S T R O P H IN  G E N E  T H E R A P Y  (N A T IO N WID E  C H IL D R E N ’S  ) G A L G T 2  G E N E  T H E R A P Y  (N A T IO N WID E  C H IL D R E N ’S ) D MD



S arep ta w ell p o sitio n ed  fo r su ccess in  2 0 1 7  R ap id ly  ad v an cin g  p ip elin e: E x o n s 4 5 /5 3  P P MO  4  E x tern al co llab o ratio n s E X P A N S IO N  IN T O  E U R O P E  A N D  O T H E R  R E G IO N S  E A R L Y  U S  L A U N C H  S U C C E S S  S arep ta w ill b e th e g lo b al lead er in  R N A -targ eted  p recisio n  m ed icin e to  treat D MD  2 9
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