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N A S D A Q : C A P N  w w w .cap n ia.co m  C o rp o rate P resen tatio n  Jan u ary  2 0 1 7



C ertain  N o tices an d  D isclaim ers F o rw ard -L o o k in g  S tatem en ts T h is p resen tatio n  co n tain s fo rw ard -lo o k in g  statem en ts th at are su b ject to  m an y  risk s an d  u n certain ties. F o rw ard  lo o k in g  statem en ts ap p ear in  a n u m b er o f p laces th ro u g h o u t th is p resen tatio n  an d  in clu d e statem en ts reg ard in g  o u r in ten tio n s, b eliefs, p ro jectio n s, o u tlo o k , an aly ses o r cu rren t ex p ectatio n s co n cern in g , am o n g  o th er th in g s, o u r o n g o in g  an d  p lan n ed  p ro d u ct d ev elo p m en t an d  clin ical trials; th e tim in g  o f, an d  o u r ab ility  to  m ak e, reg u lato ry  filin g s an d  o b tain  an d  m ain tain  reg u lato ry  ap p ro v als fo r o u r p ro d u ct can d id ates; o u r in tellectu al p ro p erty  p o sitio n ; th e d eg ree o f clin ical u tility  o f o u r p ro d u cts, p articu larly  in  sp ecific p atien t p o p u latio n s; o u r ab ility  to  d ev elo p  co m m ercial fu n ctio n s; ex p ectatio n s reg ard in g  p ro d u ct lau n ch  an d  rev en u e; o u r resu lts o f o p eratio n s, cash  n eed s, an d  sp en d in g  o f th e p ro ceed s fro m  th is o fferin g ; fin an cial co n d itio n , liq u id ity , p ro sp ects, g ro w th  an d  strateg ies; th e in d u stry  in  w h ich  w e o p erate; an d  th e tren d s th at m ay  affect th e in d u stry  o r u s. We m ay , in  so m e cases, u se term s su ch  as “b eliev es,” “estim ates,” “an ticip ates,” “ex p ects,” “p lan s,” “in ten d s,” “m ay ,” “co u ld ,” “m ig h t,” “w ill,” “sh o u ld ,” “ap p ro x im ately ” o r o th er w o rd s th at co n v ey  u n certain ty  o f fu tu re ev en ts o r o u tco m es to  id en tify  th ese fo rw ard -lo o k in g  statem en ts. A lth o u g h  w e b eliev e th at w e h av e a reaso n ab le b asis fo r each  fo rw ard -lo o k in g  statem en t co n tain ed  in  th is p resen tatio n , w e cau tio n  y o u  th at fo rw ard -lo o k in g  statem en ts are n o t g u aran tees o f fu tu re p erfo rm an ce an d  th at o u r actu al resu lts o f o p eratio n s, fin an cial co n d itio n  an d  liq u id ity , an d  th e d ev elo p m en t o f th e in d u stry  in  w h ich  w e o p erate m ay  d iffer m aterially  fro m  th e fo rw ard -lo o k in g  statem en ts co n tain ed  in  th is p resen tatio n . Y o u  sh o u ld  also  read  carefu lly  th e facto rs d escrib ed  in  th e “R isk  F acto rs” sectio n  an d  o th er p arts o f o u r A n n u al R ep o rt o n  F o rm  1 0 -K , av ailab le at w w w .sec.g o v , in  o rd er to  b etter u n d erstan d  th e risk s an d  u n certain ties in h eren t in  o u r b u sin ess an d  u n d erly in g  an y  fo rw ard -lo o k in g  statem en ts. A s a resu lt o f th ese facto rs, w e can n o t assu re y o u  th at th e fo rw ard -lo o k in g  statem en ts in  th is p resen tatio n  w ill p ro v e to  b e accu rate. F u rth erm o re, if o u r fo rw ard -lo o k in g  statem en ts p ro v e to  b e in accu rate, th e in accu racy  m ay  b e m aterial. In  lig h t o f th e sig n ifican t u n certain ties in  th ese fo rw ard -lo o k in g  statem en ts, y o u  sh o u ld  n o t reg ard  th ese statem en ts as a rep resen tatio n  o r w arran ty  b y  u s o r an y  o th er p erso n  th at w e w ill ach iev e o u r o b jectiv es an d  p lan s in  an y  sp ecified  tim efram e, o r at all. A n y  fo rw ard -lo o k in g  statem en ts th atw e m ak e in  th is p resen tatio n  sp eak  o n ly  as o f th e d ate o f su ch  statem en t, an d  w e u n d ertak e n o  o b lig atio n  to  u p d ate su ch  statem en ts to  reflect ev en ts o r circu m stan ces after th e d ate o f th is p resen tatio n  o r to  reflect th e o ccu rren ce o f u n an ticip ated  ev en ts. P articip an ts in  th e S o licitatio n  C ap n ia an d  its ex ecu tiv e o fficers an d  d irecto rs m ay  b e d eem ed  to  b e p articip an ts in  th e so licitatio n  o f p ro x ies fro m  its sto ck h o ld ers w ith  resp ect to  th e tran sactio n s co n tem p lated  b y  th at certain  ag reem en t an d  p lan  o f m erg er b y  an d  b etw een  C ap n ia, C o m p an y  E  Merg er S u b , In c., E sen tialis, In c. an d  N eil C o w en , so lely  in  h is cap acity  as S to ck h o ld ers R ep resen tativ e, d ated  as o f D ecem b er 2 2 , 2 0 1 6  (th e “Merg er A g reem en t”), p u rsu an t to  w h ich  Merg er S u b  w ill m erg e w ith  an d  in to  E ssen tialis, an d  E ssen tialis w ill b eco m e a w h o lly -o w n ed  su b sid iary  o f C ap n ia. In fo rm atio n  reg ard in g  th e p erso n s w h o  m ay , u n d er th e ru les o f th e S ecu rities an d  E x ch an g e C o m m issio n  (th e “S E C ”), b e d eem ed  p articip an ts in  th e so licitatio n  o f C ap n ia sto ck h o ld ers in  co n n ectio n  w ith  th e p ro p o sed  issu an ce o f sh ares o f C ap n ia C o m m o n  S to ck  u n d er th e Merg er an d  th e F in an cin g  is fu rth er d escrib ed  in  C ap n ia’s p relim in ary  p ro x y  statem en t filed  w ith  th e S E C  o n  Jan u ary  5 , 2 0 1 7 . In fo rm atio n  reg ard in g  C ap n ia’s ex ecu tiv e o fficers an d  d irecto rs is in clu d ed  in  C ap n ia’s P ro x y  S tatem en t fo r its 2 0 1 6  A n n u al Meetin g  o f S to ck h o ld ers, filed  w ith  th e S E C  o n  Ju ly  1 8 , 2 0 1 6 . C o p ies o f th e fo reg o in g  d o cu m en ts m ay  b e o b tain ed  as p ro v id ed  ab o v e. A d d itio n al in fo rm atio n  reg ard in g  th e p erso n s w h o  m ay , u n d er th e ru les o f th e S E C , b e d eem ed  p articip an ts in  th e so licitatio n  o f p ro x ies in  co n n ectio n  w ith  th e p ro p o sed  issu an ce o f sh ares o f C ap n ia C o m m o n  S to ck  u n d er th e Merg er an d  th e F in an cin g , an d  a d escrip tio n  o f th eir d irect an d  in d irect in terests in  th e p ro p o sed  m erg er, w h ich  m ay  d iffer fro m  th e in terests o f C ap n ia sto ck h o ld ers g en erally , is set fo rth  in  th e p relim in ary  p ro x y  statem en t filed  w ith  th e S E C  o n  Jan u ary  5 , 2 0 1 7 .



H ig h lig h ts C ap n ia an d  E ssen tialis to  Merg e C reatin g  a rare d isease th erap eu tics co m p an y  In itial fo cu s o n  P WS , a h ig h  u n m et n eed  in d icatio n  w ith  n o  ap p ro v ed  treatm en ts C o m p ellin g  p ro d u ct p ro file A d d resses h allm ark  sy m p to m s o f P WS , in clu d in g  h y p erp h ag ia P h ase 2 /3  read y  E stab lish ed , d ecad es-lo n g  safety  p ro file S tro n g  IP  F in an cin g  co n cu rren t w ith  p lan n ed  m erg er A d eq u ate to  ad v an ce D C C R  th ro u g h  to p -lin e d ata Mu ltip le d o w n stream  o rp h an  in d icatio n s H y p o th alam ic o b esity , S m ith -Mag en is sy n d ro m e N ew  L ead  A sset D C C R  H ig h ly  ex p erien ced  m an ag em en t team  E x p ertise in  d ru g  d ev elo p m en t fo r rare an d  o rp h an  d iseases



P o st Merg er L ead ersh ip  T eam  A n ish  B h atn ag ar, M.D . C h ief E x ecu tiv e O fficer D av id  O ’T o o le C h ief F in an cial O fficer N eil C o w en , P h .D .1  S en io r V P  o f D ru g  D ev elo p m en t K risten  Y en , M.S . V P  o f C lin ical O p eratio n s P atricia H iran o , M.P .H . R eg u lato ry  A ffairs 1  C u rren tly  serv es as C h ief S cien tific O fficer o f E ssen tialis



P rad er-Willi S y n d ro m e (P WS ) C o m p lex  g en etic n eu ro b eh av io ral/m etab o lic d iso rd er d u e to  th e lo ss o r lack  o f ex p ressio n  o f a set o f g en es o n  ch ro m o so m e 1 5  A fflicts ab o u t 1 :1 5 ,0 0 0 -1 :2 5 ,0 0 0  in d iv id u als E lev ated  m o rtality  rates H ig h est u n m et n eed s h y p erp h ag ia ag g ressiv e b eh av io rs b o d y  co m p o sitio n  P WS  fam ilies h av e lo w  Q O L  - n o rm al sib lin g s sh o w  h ig h  rates o f P T S D  “A d d ressin g  th ese b eh av io ral n eed s w ill b e life-ch an g in g  fo r P WS  fam ilies” - D r. Jen n ifer Miller, U n iv ersity  o f F lo rid a



D iazo x id e –  L o n g  H isto ry  o f S afe U se D C C R  –  E x ten siv e P re-C lin ical an d  C lin ical D ata D iazo x id e I.V ., O ral C ap su le, an d  O ral S u sp en sio n  K A T P  ch an n el ag o n ist ap p ro v ed  in  1 9 7 6  P rev io u sly  u sed  as IV  treatm en t fo r m alig n an t h y p erten sio n  B ID /T ID  o ral su sp en sio n  fo r th e treatm en t o f h y p o g ly cem ia d u e to  h y p erin su lin ism  in  in fan ts, ch ild ren  an d  ad u lts - rem ain s g lo b al stan d ard  o f care D iazo x id e C h o lin e C o n tro lled -R elease (D C C R ) T ab let Q D  tab let fo rm u latio n  o f ch o lin e salt o f d iazo x id e C h aracterized  in  5  P h ase I an d  3  P h ase II stu d ies in  o b ese, d y slip id em ic an d  P WS  su b jects Mo re th an  2 1 0  treated  su b jects P ro tected  b y  m u ltip le issu ed  p aten ts, in clu d in g  co m p o sitio n  o f m atter D iazo x id e C h o lin e



P o ten tial D C C R  Mo d es o f A ctio n  H y p o th alam u s R esto res in su lin  an d  lep tin  sen sitiv ity  to  P O MC  an d  N P Y /A g R P  n eu ro n s n o rm alizin g  th eir reg u latio n  B lu n ts cen tral starv atio n  sig n al A d ip o cy tes R ed u ces fat m ass D o w n -reg u lates d e-n o v o  fatty  acid  b io sy n th esis an d  u p reg u lates β -o x id atio n  o f fat C N S  R ed u ces ag g ressiv e an d  im p u lsiv e b eh av io rs In  th e co n tex t o f lo w  G A B A  an d  lo w  G A B A  recep to r n u m b ers, am p lifies G A B A  sig n alin g  Mu scle R ed u ces h y p o to n ia an d  in creases m u scle m ass L im its ex cess atro p h y  an d  im p ro v es im p aired  m ito ch o n d rial fu n ctio n  an d  en erg etic T arg et A ctio n  O u tco m e



P C 0 2 5  P ilo t S tu d y  in  P WS  R an d o m ized , With d raw al, S in g le C en ter T rial o f D C C R  in  o v erw eig h t o r o b ese, g en etically -co n firm ed  P WS  p atien ts b etw een  1 0  an d  2 2  y ears 6  m o n th s O p en -lab el ex ten sio n  N = 5    S creen in g  O p en  L ab el T reatm en t P h ase N = 1 3  D o u b le-B lin d , P laceb o -C o n tro lled , R an d o m ized  With d raw al P h ase N = 1 1  4  w eek s 1 0  w eek s 4  w eek s P atien ts escalated  fro m  1 .5  m g /k g  to  4 .2  m g /k g  C o n tin u e o n  last D C C R  d o se o r p laceb o  eq u iv alen t T h e safety  an d  efficacy  resu lts fro m  th e stu d y  w ere rev iew ed  w ith  a p an el o f P WS  ex p erts



D C C R : S ig n ifican t H y p erp h ag ia R esp o n se D C C R  O p en -L ab el T reatm en t P h ase 0  p = 0 .0 0 3  A N O V A  p = 0 .0 8  Man n - Wh itn ey  p = 0 .0 2 7  H y p erp h ag ia w as m easu red  u sin g  a m o d ified  D y k en s h y p erp h ag ia q u estio n n aire, w h ich  assesses a ran g e o f P WS -sp ecific fo o d -related  b eh av io rs P laceb o  D o u b le-B lin d  T reatm en t P h ase P resen ted  b y  E ssen tialis at th e A n n u al Meetin g  o f th e F o u n d atio n  fo r P rad er-Willi R esearch  o n  O cto b er 2 9 , 2 0 1 6



D C C R  Im p acts F at/L ean  B o d y  Mass F at Mass L ean  B o d y  Mass L B M/F M p = 0 .0 1 1  p = 0 .0 0 2  p = 0 .0 0 2  “T h e im p act o n  fat m ass an d  lean  b o d y  m ass are h u g e, esp ecially  in  th e co n tex t o f im p ro v em en ts in  h y p erp h ag ia” - D r. Jen n ifer Miller, U n iv ersity  o f F lo rid a P resen ted  b y  E ssen tialis at th e A n n u al Meetin g  o f th e F o u n d atio n  fo r P rad er-Willi R esearch  o n  O cto b er 2 9 , 2 0 1 6



D C C R  R ed u ces A g g ressiv e B eh av io rs “F ro m  a fam ily  stan d p o in t, th e b eh av io ral ch an g es are h u g e. A g g ressio n  tak es k id s o u t o f th e h o m e.” - D r. T h eresa S tro n g , F P WR  “T h ese b eh av io ral ch an g es can  b e life-ch an g in g  fo r th e fam ily ” - D r. Jen n ifer Miller, U n iv ersity  o f F lo rid a B ased  o n  th e B eh av io ral A ssessm en t Q u estio n n aire fro m  th e P rad er-Willi S y n d ro m e N atu ral H isto ry  S tu d y  D C C R  im p ro v ed  a ran g e o f b eh av io rs th at are ch aracteristic o f P WS  T h ro w in g  o b jects F o u l lan g u ag e D estru ctiv e b eh av io r



D C C R  Im p acts C V  R isk  F acto rs O p en -L ab el T reatm en t P h ase T G  T o t-C  H D L -C  L D L -C  N o n - H D L -C  p = 0 .0 8  p = 0 .0 4  p = 0 .2 4  p = 0 .0 3  p = 0 .0 2  T G  T o t-C  H D L -C  L D L -C  N o n - H D L -C  D o u b le-B lin d  T reatm en t P h ase D C C R  P laceb o  F u rth er im p ro v em en t w ith  co n tin u ed  D C C R  treatm en t P resen ted  b y  E ssen tialis at th e A n n u al Meetin g  o f th e F o u n d atio n  fo r P rad er-Willi R esearch  o n  O cto b er 2 9 , 2 0 1 6



T h e safety  p ro file o f P ro g ly cem  in  ch ro n ic u se is w ell-k n o w n  In  th e d ev elo p m en t o f D C C R , th ere h av e b een  n o  n ew  safety  fin d in g s T h e d o ses o f D C C R  th at w ill co n tin u e in  d ev elo p m en t are at th e lo w  en d  o r b elo w  th e lab eled  ran g e fo r P ro g ly cem  Mo re th an  1 2 0 ,0 0 0  p atien t y ears o f ch ro n ic u se “T h e m ed icatio n ’s safety  p ro file is w ell k n o w n . It’s a b en ig n  m ed icatio n ” - D r. Jen n ifer Miller, U n iv ersity  o f F lo rid a D iazo x id e –  L o n g  H isto ry  o f S afe U se D C C R  –  E x ten siv e P re-C lin ical an d  C lin ical D ata



D C C R  E stim ated  D ev elo p m en t T im elin e 2 0 1 7  2 0 1 8  2 0 1 9  2 0 2 0  P h ase 2 /3  S tu d y  P h ase 3  S tu d y  C MC , P h arm /T o x , C lin  P h arm , R eg u lato ry  N D A  S u b m issio n  O p en  lab el E x ten sio n  E O P 2  m eetin g  F D A  g u id an ce m eetin g



E x ten siv e IP  P ro tectio n  Issu ed /G ran ted  P aten ts U S : 3 ; E U : 3 ; JP : 1 ; A lso  in  C h in a, C an ad a an d  A u stralia S ev eral p en d in g  ap p licatio n s E x p ire in  2 0 2 6  to  2 0 2 8  C o v ers co m p o sitio n  o f m atter, fo rm u latio n s, co m b in atio n s, m eth o d  o f u se an d  m eth o d  o f m an u factu re P ro tectio n  in  P WS  In  ad d itio n  to  th e p ro tectio n  o f th e p ro d u ct, o u r filin g s co v er m eth o d  o f u se o f an y  K A T P  ch an n el activ ato r, d iazo x id e an d  D C C R  in  P WS  N ew  filin g  b ased  o n  d ata fro m  P C 0 2 5  co u ld  ex ten d  p ro tectio n  to  2 0 3 5



P ip elin e –  Mu ltip le O rp h an  O p p o rtu n ities P ro d u ct In d icatio n  U S  P atien t P o p u latio n  E stim ate T im in g  to  N D A  D C C R  P rad er-Willi S y n d ro m e 1 2 ,5 0 0  - 2 1 ,0 0 0  2 0 2 0  U p sid e o p p o rtu n ities fo r D C C R  D C C R  H y p o th alam ic o b esity  H y p o th alam ic O b esity  3 ,7 5 0  –  9 ,7 0 0  2 0 2 2  D C C R  S m ith -Mag en is sy n d ro m e S m ith -Mag en is S y n d ro m e 1 2 ,5 0 0  –  2 1 ,0 0 0  2 0 2 2  O rp h an  d ru g  d esig n atio n  h as b een  g ran ted  fo r P WS



C ap n ia P ro d u ct P o rtfo lio



D iv ersified , R ev en u e G en eratin g  P ro d u ct P o rtfo lio



D ev ice an d  T h erap eu tic A ssets P ro d u ct In tern al D ev elo p m en t S en saly ze™ T ech n o lo g y  P latfo rm  C o S en se®  E T C O  Mo n ito r (H em o ly sis) C o S en se E T C O  Mo n ito r (S ick le C ell D isease) N itric O x id e A n aly zer (A sth m a, B P D ) H y d ro g en / Meth an e A n aly zer (Malab so rp tio n /lacto se in to leran ce) E T C O 2  m o n ito r fo r N IC U  S eren z®  A llerg y  R elief (E U ) N eo P IP ™ In fan t T -P iece resu scitato r U n iv ersal T -P iece C ircu it N eo n atal resu scitatio n  k it N asal, N o n -in h aled  C O 2  C lu ster h ead ach e T rig em in al n eu ralg ia R eg istratio n / A p p ro v al T h erap eu tics D ev ices/D x  C lin ical T estin g  P h ase 1  P h ase 2  P h ase 3  IN D



2 0 1 7  P rio rities an d  Milesto n es 1 Q 1 7  –  C lo se m erg er tran sactio n  w ith  E ssen tialis; co m p lete co n cu rren t $ 8 M fin an cin g  Mid -2 0 1 7  –  C o m p lete F D A  g u id an ce m eetin g  fo r D C C R  2 H 1 7  –  In itiate P h ase 2 /3  clin ical stu d y  ev alu atin g  D C C R  fo r th e treatm en t o f P WS  2 0 1 7  –  E x p lo re strateg ic altern ativ es fo r leg acy  m ark eted  p ro d u cts an d  p ro d u ct can d id ates 2 0 1 7  –  S ecu re o rp h an  d ru g  d esig n atio n  fo r D C C R  in  ad d itio n al in d icatio n s b ey o n d  P WS



F in an cial H ig h lig h ts A s o f S ep tem b er 3 0 , 2 0 1 6  A ssu m es an  $ 8  m illio n  eq u ity  fin an cin g  co m p leted  at th e clo se o f th e m erg er tran sactio n . A d d itio n al $ 2 .7  m illio n  is p o ssib le. C ash  ru n w ay  to  v alu e creatin g  m ilesto n es (m illio n s) C u rren t1  P o st-Merg er2  C ash  $ 5 .4  $ 1 1 .0  D eb t $ 0  $ 0  S h ares o u tstan d in g : C o m m o n  1 6 .0  5 8 .0  to  6 9 .8  F u lly  D ilu ted  3 9 .0  6 7 .5  to  7 9 .2



H ig h lig h ts C ap n ia an d  E ssen tialis to  Merg e C reatin g  a rare d isease th erap eu tics co m p an y  In itial fo cu s o n  P WS , a h ig h  u n m et n eed  in d icatio n  w ith  n o  ap p ro v ed  treatm en ts C o m p ellin g  p ro d u ct p ro file A d d resses h allm ark  sy m p to m s o f P WS , in clu d in g  h y p erp h ag ia P h ase 2 /3  read y  E stab lish ed , d ecad es-lo n g  safety  p ro file S tro n g  IP  F in an cin g  co n cu rren t w ith  p lan n ed  m erg er A d eq u ate to  ad v an ce D C C R  th ro u g h  to p -lin e d ata Mu ltip le d o w n stream  o rp h an  in d icatio n s H y p o th alam ic o b esity , S m ith -Mag en is sy n d ro m e N ew  L ead  A sset D C C R  H ig h ly  ex p erien ced  m an ag em en t team  E x p ertise in  d ru g  d ev elo p m en t fo r rare an d  o rp h an  d iseases



N A S D A Q : C A P N  w w w .cap n ia.co m  T h an k  y o u .
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