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Item 7.01                                            Regulation FD Disclosure.

On April 24, 2017, aTyr Pharma, Inc. (the “Company”) announced further detail on the previously announced clinical data from the Company’s
Phase 1b/2 Trial (004) in adult patients with limb girdle muscular dystrophy type 2B (GLMD2B) and facioscapulohumeral muscular dystrophy (FSHD) to be
presented in a poster presentation at the Emerging Platform Session at the American Academy of Neurology 69 th Annual Meeting on Tuesday,  April 25,
2017. The press release related to this announcement is attached as Exhibit 99.1

 
The information under this Item 7.01, including Exhibit 99.1 hereto is being furnished and shall not be deemed “filed” for the purposes of

Section 18 of the Securities Exchange Act of 1934, as amended (the “Exchange Act”), or otherwise subject to the liabilities of that section, nor shall such
information be deemed incorporated by reference into any filing under the Securities Act of 1933, as amended, or the Exchange Act, except as expressly set
forth by specific reference in such filing.

 
Item 8.01 Other Events
 

The poster referenced above is titled “Results of a Phase 1b/2 Study of ATYR1940 in Adult Patients with Limb Girdle Muscular Dystrophy Type
2B (LGMD2B) and Facioscapulohumeral Muscular Dystrophy (FSHD) (ATYR1940-C-004),” and is filed as Exhibit 99.2 and incorporated herein by
reference.

The poster presentation provides further detail on the previously announced results from the completed Phase 1b/2 open-label, intra-patient dose
escalation 004 trial testing doses of Resolaris (ATYR1940) of up to 3.0 mg/kg biweekly in patients with LGMD2B and FSHD. Data from all clinical trials
completed to date demonstrate that Resolaris has a favorable safety profile and was generally well-tolerated across all doses tested. There have been no
observed signs of general immunosuppression and low-level anti-drug antibody signals did not result in clinical symptoms. 78% of the LGMD2B patients in
the trial recorded increases in muscle function at 14 weeks as measured by manual muscle test (MMT) score, a validated assessment tool. 50% of the FSHD
patients in the trial recorded increases in muscle function as measured by MMT score. The Company believes these data are supportive of further
advancement of Resolaris.

This Current Report on Form 8-K contains forward-looking statements within the meaning of the Private Litigation Reform Act.  Forward-looking
statements are usually identified by the use of words such as “anticipates,” “believes,” “estimates,” “expects,” “intends,” “may,” “plans,” “projects,” “seeks,”
“should,” “will,” and variations of such words or similar expressions. We intend these forward-looking statements to be covered by such safe harbor
provisions for forward-looking statements and are making this statement for purposes of complying with those safe harbor provisions. These forward-looking
statements, including statements regarding the potential and potential therapeutic benefits of Resolaris™, the ability of the Company to successfully
advance its pipeline or product candidates, undertake certain development activities (such as clinical trial enrollment and the conduct of clinical trials) and
accomplish certain development goals and the timing of such activities and development goals, the timing of initiation of additional clinical trials and of
reporting results from our clinical trials, the scope and strength of our intellectual property portfolio, our ability to receive regulatory approvals for, and
commercialize, our product candidates and reflect our current views about our plans, intentions, expectations, strategies and prospects, which are based on
the information currently available to us and on assumptions we have made. Although we believe that our plans, intentions, expectations, strategies and
prospects as reflected in or suggested by those forward-looking statements are reasonable, we can give no assurance that the plans, intentions, expectations or
strategies will be attained or achieved. Furthermore, actual results may differ materially from those described in the forward-looking statements and will be
affected by a variety of risks and factors that are beyond our control including, without limitation, risks associated with the discovery, development and
regulation of our Physiocrine-based product candidates, as well as those set forth in our most recent Annual Report on Form 10-K for the year ended
December 31, 2016 and in our other SEC filings. Except as required by law, we assume no obligation to update publicly any forward-looking statements,
whether as a result of new information, future events or otherwise.
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Item 9.01                                            Exhibits.
 
(d) Exhibits.
 

99.1  Press Release of aTyr Pharma, Inc. dated April 24, 2017.
 

99.2  Poster presentation titled “Results of a Phase 1b/2 Study of ATYR1940 in Adult Patients with Limb
Girdle Muscular Dystrophy Type 2B (LGMD2B) and Facioscapulohumeral Muscular Dystrophy (FSHD)
(ATYR1940-C-004).”
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SIGNATURE

 
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.
 

ATYR PHARMA, INC.
   
   

By: /s/ John D. Mendlein
 John D. Mendlein, Ph.D.
 Chief Executive Officer

   
Date: April 24, 2017
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INDEX TO EXHIBITS

 
99.1  Press Release of aTyr Pharma, Inc. dated April 24, 2017.

 
99.2  Poster presentation titled “Results of a Phase 1b/2 Study of ATYR1940 in Adult Patients with Limb

Girdle Muscular Dystrophy Type 2B (LGMD2B) and Facioscapulohumeral Muscular Dystrophy (FSHD)
(ATYR1940-C-004).”
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 Exhibit 99.1

 
IMMEDIATE RELEASE  
Contact:  
Mark Johnson  
Sr. Director, Investor Relations               
mjohnson@atyrpharma.com  
858-223-1163                                   

 

aTyr Pharma Presents Analyses of Resolaris Phase 1b/2 Trial in Patients with Limb Girdle Muscular Dystrophy 2B and
Facioscapulohumeral Muscular Dystrophy at the American Academy of Neurology 69th Annual Meeting

-  Resolaris Demonstrated Favorable Safety Profile and Promising Signals of Clinical Activity   -
-  Resolaris has FDA Fast Track and Orphan Drug Designation for Limb Girdle Muscular Dystrophy 2B (LGMD2B) and

Facioscapulohumeral Muscular Dystrophy (FSHD)  -
 

[DRAFT] SAN DIEGO – April 24, 2017 – aTyr Pharma, Inc. (Nasdaq: LIFE), a biotherapeutics company engaged in the discovery and
development of Physiocrine-based therapeutics to address severe, rare diseases, today announced its participation as part of the Emerging
Science Platform Session at the upcoming American Academy of Neurology (AAN) 69th Annual Meeting to be held April 22 – 28, 2017 in Boston,
MA.

Details of the session are below:

Emerging Science Platform Session: Tuesday, April 25, 2017 from 5:45 p.m. – 7:15 p.m. (ET)

 • Title: Results of a Phase 1b/2 Study of ATYR1940 in Adult Patients with Limb Girdle Muscular Dystrophy Type 2B (LGMD2B) and
Facioscapulohumeral Muscular Dystrophy (FSHD) (ATYR1940-C-004) 

 • Author and Presenter: John Vissing, M.D., Ph.D., Professor of Neurology, University of Copenhagen
 • Supporting Authors: Attarian S., Gidaro T., Mozaffar T., Iyadurai S., Walker G., Shukla, S., Servais, L., Wagner, K.
 • Location: Boston Convention and Exhibition Center, 415 Summer St., Boston, MA

The poster presentation provides further detail on the previously announced results from the completed Phase 1b/2 open-label, intra-patient dose
escalation 004 trial testing doses of Resolaris (ATYR1940) of up to 3.0 mg/kg biweekly in patients with LGMD2B and FSHD. Data from all clinical
trials completed to date demonstrate that Resolaris has a favorable safety profile and was generally well-tolerated across all doses tested. There
have been no observed signs of general immunosuppression and low-level anti-drug antibody signals did not result in clinical symptoms. 78% of
the LGMD2B patients in the trial recorded increases in muscle function at 14 weeks as measured by manual muscle test (MMT) score, a validated
assessment tool. 50% of the FSHD patients in the trial recorded increases in muscle function as measured by MMT score.

aTyr believes these data are supportive of further advancement of Resolaris.
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About Resolaris™

aTyr Pharma is developing Resolaris as a potential first-in-class intravenous protein therapeutic candidate for the treatment of rare myopathies
with an immune component. Resolaris is derived from a naturally occurring protein released by human skeletal muscle cells. aTyr believes
Resolaris has the potential to provide therapeutic benefit to patients with rare myopathies with an immune component characterized by excessive
immune cell involvement.

About aTyr Pharma

aTyr Pharma is engaged in the discovery and clinical development of innovative medicines for patients suffering from severe, rare diseases using
its knowledge of Physiocrine biology, a newly discovered set of physiological pathways. To date, the company has generated three innovative
therapeutic candidate programs based on its knowledge of Physiocrine biology in three different therapeutic areas. aTyr has built an intellectual
property estate, to protect its pipeline, comprising over 175 issued patents or allowed patent applications that are owned or exclusively licensed,
including over 300 potential Physiocrine-based protein compositions. aTyr's key programs are currently focused on severe, rare diseases
characterized by immune imbalance for which there are currently limited or no treatment options. For more information, please visit
http://www.atyrpharma.com.

Forward-Looking Statements

This press release contains forward-looking statements within the meaning of the Private Litigation Reform Act.  Forward-looking statements are
usually identified by the use of words such as “anticipates,” “believes,” “estimates,” “expects,” “intends,” “may,” “plans,” “projects,” “seeks,”
“should,” “will,” and variations of such words or similar expressions. We intend these forward-looking statements to be covered by such safe harbor
provisions for forward-looking statements and are making this statement for purposes of complying with those safe harbor provisions. These
forward-looking statements, including statements regarding the potential and potential therapeutic benefits of Resolaris™, the ability of the
Company to successfully advance its pipeline or product candidates, undertake certain development activities (such as clinical trial enrollment and
the conduct of clinical trials) and accomplish certain development goals and the timing of such activities and development goals, the timing of
initiation of additional clinical trials, the scope and strength of our intellectual property portfolio, our ability to receive regulatory approvals for, and
commercialize, our product candidates and of reporting results from our clinical trials reflect our current views about our plans, intentions,
expectations, strategies and prospects, which are based on the information currently available to us and on assumptions we have made. Although
we believe that our plans, intentions, expectations, strategies and prospects as reflected in or suggested by those forward-looking statements are
reasonable, we can give no assurance that the plans, intentions, expectations or strategies will be attained or achieved. Furthermore, actual
results may differ materially from those described in the forward-looking statements and will be affected by a variety of risks and factors that are
beyond our control including, without limitation, risks associated with the discovery, development and regulation of our Physiocrine-based product
candidates, as well as those set forth in our most recent Annual Report on Form 10-K for the year ended December 31, 2016 and in our other SEC
filings. Except as required by law, we assume no obligation to update publicly any forward-looking statements, whether as a result of new
information, future events or otherwise.
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R esu lts o f a P h ase 1 b /2  S tu d y  o f A T Y R 1 9 4 0  in  A d u lt P atien ts w ith  L im b  G ird le Mu scu lar D y stro p h y  T y p e 2 B  (L G MD 2 B ) an d  F acio scap u lo h u m eral Mu scu lar D y stro p h y  (F S H D ) (A T Y R 1 9 4 0 -C -0 0 4 ) Jo h n  V issin g ,1  S h ah ram  A ttarian ,2  T eresa G id aro ,3  T ah seen  Mo zaffar,4  S tan ley  Iy ad u rai,5  G en n y n e Walk er,6  S an jay  S h u k la,6  L au ren t S erv ais,3  K ath ry n  Wag n er7  1 R ig sh o sp italet, U n iv ersity  o f C o p en h ag en , C o p en h ag en , D en m ark ; 2 H ô p ital d e L a T im o n e, Marseille, F ran ce; 3 In stitu t d e My o lo g ie, P aris, F ran ce; 4 U n iv ersity  o f C alifo rn ia Irv in e, Irv in e, C A , U S A ; 5 O h io  S tate U n iv ersity  Wex n er Med ical C en ter, C o lu m b u s, O H , U S A ; 6 aT y r P h arm a, S an  D ieg o , C A , U S A ; 7 K en n ed y  K rieg er In stitu te, B altim o re, MD , U S A  0 1 1  In tro d u ctio n  —L im b  g ird le m u scu lar d y stro p h y  T y p e 2 B  (L G MD 2 B ; d y sferlin o p ath y ) an d  facio scap u lo h u m eral m u scu lar d y stro p h y  (F S H D ) are rare g en etic m y o p ath ies ch aracterized  b y  in flam m ato ry  cell in filtratio n  in to  m u scle tissu e,1  d eb ilitatin g  sk eletal m u scle d eterio ratio n , an d  w eak n ess. —D y sferlin o p ath ies in clu d in g  L G MD 2 B  are recessiv ely  in h erited  d y stro p h ies w ith  2  d istin ct clin ical p h en o ty p es2 : − L G MD 2 B : E arly  w eak n ess an d  slo w ly  p ro g ressin g  atro p h y  o f th e p elv ic an d  sh o u ld er g ird le m u scles p resen tin g  in  ad o lescen ts o r y o u n g  ad u lts. − Miy o sh i m y o p ath y : Mu scle w eak n ess an d  atro p h y  in  y o u n g  ad u lts, esp ecially  in  th e d istal p arts o f th e leg s. —F S H D  is an  au to so m al d o m in an t m u scu lar d y stro p h y  th at ty p ically  affects m u scles in  th e face an d  sh o u ld er, as w ell as m u scles o f th e lo w er ex trem ities.3  —T h ere are n o  targ eted  p h arm aco lo g ical in terv en tio n s fo r th e treatm en t o f F S H D  o r L G MD 2 B . —A T Y R 1 9 4 0  (R eso laris™) is a P h y sio crin e p ro tein  th at is n early  id en tical to  h u m an  h istid y l tR N A  sy n th etase (H A R S ): − A sid e fro m  its estab lish ed  in tracellu lar ro le in  p ro tein  sy n th esis, H A R S  is b eliev ed  to  h av e ex tracellu lar ro les, in clu d in g  m o d u latin g  im m u n e resp o n ses in  sk eletal m u scle.4  − B ecau se th e im m u n e co m p o n en t m ay  p lay  a ro le in  F S H D  an d  L G MD 2 B  p ath o p h y sio lo g y , A T Y R 1 9 4 0 , a n o v el n o n co rtico stero id  im m u n o m o d u lato r, is b ein g  in v estig ated  as a p o ten tial th erap y  fo r th ese d iseases. —In  a p rev io u s first-in -p atien t stu d y  o f A T Y R 1 9 4 0  (0 .3 – 3 .0  m g /k g ) in  ad u lts w ith  F S H D  (C lin icalT rials.g o v ; N C T 0 2 2 3 9 2 2 4 ), resu ltsd em o n strated  th at A T Y R 1 9 4 0  w as g en erally  w ell-to lerated  in  th at p atien t p o p u latio n .5  Meth o d s —T h is P h ase 1 b /2 , m u lticen ter, o p en -lab el, in trap atien t, d o se-escalatio n  stu d y  assig n ed  elig ib le p atien ts to  1  w eek  o f p laceb o , th en  1 2  w eek s o f A T Y R 1 9 4 0  in  2  g ro u p s (F ig u re 1 ): − G ro u p  A : P atien ts w ith  F S H D  receiv ed  A T Y R 1 9 4 0  titrated  u p  to  1 .0  m g /k g  tw ice ev ery  w eek . − G ro u p  B : P atien ts w ith  L G MD 2 B /Miy o sh i My o p ath y  o r F S H D  receiv ed  A T Y R 1 9 4 0  titrated  u p  to  3 .0  m g /k g  tw ice ev ery  w eek . − D o se escalatio n  w as b ased  o n  th e p atien t’s to leran ce o f th e p rev io u s d o se an d  th e clin ical in v estig ato r’s ju d g m en t. F ig u re 1 . S tu d y  D esig n  In clu sio n  C riteria A g e 1 8 – 7 5  y ears E stab lish ed , g en etically  co n firm ed  d iag n o sis o f L G MD 2 B  o r F S H D  H av e S T IR -p o sitiv e m u scles o n  MR I (F S H D /L G MD 2 B ) o r elev ated  m u scle b io m ark ers (L G MD 2 B ) E x clu sio n  C riteria C u rren t o r p rio r treatm en t w ith  im m u n o m o d u lato ry  ag en ts, b io lo g icals, o r co rtico stero id s w ith in  3  m o n th s C u rren tly  receiv in g  cu rcu m in  o r alb u tero l w ith in  3 0  d ay s S tatin  treatm en t in itiatio n  o r d o se ad ju stm en t w ith in  3  m o n th s G ro u p  A  (F S H D ) G ro u p  B  (F S H D  an d  L G MD 2 B ) 3  m g /k g  (B W) 3  m g /k g  (Q W) 1  m g /k g  (Q W) 0 .3  m g /k g  (Q W) 1  m g /k g  (B W) 1  m g /k g  (Q W) 0 .3  m g /k g  (Q W) P laceb o  (Q W) P laceb o  (Q W) 1  *  *  * P atien ts can  en ter th e lo n g -term  ex ten sio n  stu d y  B W, tw ice ev ery  w eek ; MR I, m ag n etic reso n an ce im ag in g ; Q W, o n ce w eek ly ; S T IR , sh o rt tau  in v ersio n  reco v ery . K ey  S tu d y  E n d p o in ts —S afety  an d  to lerab ility  as assessed  b y  in cid en ce o f ad v erse ev en ts (A E s), an tid ru g  an tib o d y  titers, an d  Jo -1  an tib o d y  lev els: − S afety  assessm en ts also  in clu d ed  lab o rato ry  in v estig atio n s, electro card io g ram s, an d  p u lm o n ary  fu n ctio n  tests. —C lin ical activ ity , as assessed  b y  ch an g e fro m  b aselin e in : − Man u al Mu scle T estin g  (MMT ): A n  assessm en t o f m u scle w eak n ess in  1 4  m u scle g ro u p s u sin g  a m o d ified  Med ical R esearch  C o u n cil S cale.6  − In d iv id u alized  N eu ro m u scu lar Q u ality  o f L ife (IN Q o L ) Q u estio n n aire: A  v alid ated , self-ad m in istered  m u scle-d isease– sp ecific m easu re o f q u ality  o f life. − T h e p rim ary  assessm en t w as ch an g e fro m  b aselin e to  w eek  1 4  o f treatm en t. —O th er en d p o in ts in clu d ed  th e ev alu atio n  o f ch an g es in  targ eted  m ag n etic reso n an ce im ag in g  (MR I) p aram eters an d  m u scle b io m ark ers. R esu lts —A ll p atien ts co m p leted  th e stu d y ; h o w ev er, 4  p atien ts d idn o t receiv e all d o ses o f stu d y  d ru g  (Jo -1  lev els ab o v e 1 .5  U /m L , n  =  2 ; in fu sio n -related  reactio n  (IR R ), n  =  1 ; w ith d raw al o f co n sen t, n  =  1 ). —P atien t d em o g rap h ics an d  ch aracteristics are sh o w n  in  T ab le 1 . T ab le 1 . P atien t B aselin e D isease C h aracteristics a 5 0 %  o f p atien ts h ad  L G MD 2 B  p h en o ty p e an d  5 0 %  h ad  Miy o sh i My o p ath y . b F o r p atien ts w ith  F S H D : F S H D -sp ecific C lin ical S ev erity  S co re; fo r p atien ts w ith  L G MD 2 B : m o d ified  1 0 -p o in t G ard n er-Med w in  an d  Walto n  scale. S D , stan d ard  d ev iatio n . S afety  an d  T o lerab ility  —A ll p atien ts ex p erien ced  at least 1  treatm en t-em erg en t A E  (T E A E ): − N o  serio u s A E s (S A E s) w ere rep o rted . − A ll T E A E s w ere G rad es 1  o r 2  (m ild  o r m o d erate in  in ten sity ). − 1  P atien t ex p erien ced  an  IR R  ev en t th at w as o f m o d erate in ten sity  an d  reso lv ed  th e sam e d ay , fo llo w in g  d isco n tin u atio n  o f stu d y  d ru g . − T E A E s rep o rted  fo r ≥  2  p atien ts treated  w ith  A T Y R 1 9 4 0  are sh o w n  in  T ab le 2 . —N o  tren d s in  h em ato lo g y  o r seru m  ch em istries w ere o b serv ed . —N o  sig n als o r tren d s in  electro card io g ram s o r p u lm o n ary  fu n ctio n  tests w ere o b serv ed . —T h ere w as n o  ev id en ce o f g en eral im m u n o su p p ressio n  b y  rev iew  o f h em ato lo g y  p aram eters an d  T E A E s (in fectio n s). T ab le 2 . T reatm en t-E m erg en t A d v erse E v en ts in  ≥  2  P atien ts P referred  T erm  n  (% ) G ro u p  A  G ro u p  B  T o tal (N  =  1 8 ) F S H D  (n  =  4 ) F S H D  (n  =  4 ) L B MD 2 B  (n  =  1 0 ) H ead ach e 2  (5 0 ) 2  (5 0 ) 5  (5 0 ) 9  (5 0 ) D iarrh ea 2  (5 0 ) 0  2  (2 0 ) 4  (2 2 ) F all 0  1  (2 5 ) 3  (3 0 ) 4  (2 2 ) A sth en ia 1  (2 5 ) 0  2  (2 0 ) 3  (1 7 ) F atig u e 2  (5 0 ) 0  1  (1 0 ) 3  (1 7 ) N aso p h ary n g itis 0  1  (2 5 ) 2  (2 0 ) 3  (1 7 ) In so m n ia 0  1  (2 5 ) 1  (1 0 ) 2  (1 1 ) Mu scu lo sk eletal p ain  0  2  (5 0 ) 0  2  (1 1 ) N au sea 0  0  2  (2 0 ) 2  (1 1 ) O ro p h ary n g eal p ain  0  1  (2 5 ) 1  (1 0 ) 2  (1 1 ) P ain  in  ex trem ity  1  (2 5 ) 1  (2 5 ) 0  2  (1 1 ) P resy n co p e 0  0  2  (2 0 ) 2  (1 1 ) P y rex ia 0  1  (2 5 ) 1  (1 0 ) 2  (1 1 ) Im m u n o g en icity  —1 1  o f th e 1 8  p atien ts treated  w ith  A T Y R 1 9 4 0  tested  p o sitiv e fo r an ti-A T Y R 1 9 4 0  an tib o d y  sig n als; h o w ev er, n o  p atien t h ad  titers h ig h  en o u g h  to  trig g er testin g  in  a n eu tralizin g  an tib o d y  assay . —N o  p atien ts h ad  Jo -1  (an tisy n th etase) an tib o d y  lev els th at w ere co n sid ered  p o sitiv e o r eq u iv o cal fo r an tisy n th etase sy n d ro m e: − 2  P atien ts w ere d isco n tin u ed  fro m  treatm en t d u e to  elev ated  Jo -1  an tib o d y  lev els ab o v e th e p ro to co l-sp ecified  th resh o ld  o f > 1 .5  U /m L . E fficacy  —P atien tstreated  w ith  A T Y R 1 9 4 0  g en erally  d em o n strated  im p ro v ed  m u scle fu n ctio n  as assessed  b y  MMT  (F ig u re 2 ): − In  p atien ts w ith  F S H D  (G ro u p  A  an d  B ), m ean  o v erall MMT  sco res d id  n o t ch an g e m ark ed ly  fro m  b aselin e. E q u al n u m b ers o f p atien ts (4  each ) h ad  slig h t im p ro v em en ts o r d eclin es in  MMT  sco res o v er th e 1 4 -w eek  assessm en t p erio d . O f n o te, h alf o f p atien ts w ith  F S H D  (G ro u p  A ) receiv ed  a lo w er m ax im u m  d o se (1  m g /k g ) co m p ared  w ith  p atien ts in  G ro u p  B  (m ax im u m  d o se, 3  m g /k g ) − In  p atien ts w ith  L G MD 2 B  o r Miy o sh i My o p ath y -ty p e d y sferlin o p ath ies (G ro u p  B , 7  o u t o f 9  p atien ts sh o w ed  im p ro v em en ts fro m  b aselin e (m ean  o v erall MMT  sco re in crease o f 6 .2 %  [ran g e, -1 .8 %  to  2 1 % ]). —N o  clear tren d  w as seen  in  IN Q o L  assessm en ts am o n g  p atien ts treated  w ith  A T Y R 1 9 4 0  (F ig u re 3 ): − F o r b o th  p atien ts w ith  F S H D  an d  L G MD 2 B , th e m ean  o v erall sco res d id  n o t ch an g e su b stan tially  o v er th e 3 -m o n th  treatm en t p erio d  − T h ere w ere sim ilar p ro p o rtio n s o f p atien ts w h o  h ad  sm all d ecreases an d  p atien ts w h o  h ad  sm all in creases in  IN Q o L  sco res. —N o  co n sisten t ch an g es o v er tim e w ere o b serv ed  fo r targ eted  MR I o r circu latin g  b io m ark ers. F ig u re 2 . P ercen tag e C h an g e F ro m  B aselin e in  Man u al Mu scle T estin g  C o m p o site S u m m ary  S co res (at Week  1 4 ) F S H D  (n  =  8 ) G ro u p  A G ro u p  B  L G MD 2 B  (n  =  9 * ) 0 .3  1 .3  – 1 .3  – 6 .1  – 2 .0  – 2 6 .2  1 .9  3 .7  – 1 .8  – 0 .9  3 .0  3 .9  5 .0  6 .6 9 .0  9 .3  2 1 .3  C h an g e F ro m  B aselin e (% ) C h an g e F ro m  B aselin e (% ) 3 0  2 0  1 0  0  – 1 0  – 2 0  – 3 0  3 0  2 0  1 0  0  D ecreased  Mu scle F u n ctio n  In creased  Mu scle F u n ctio n  D ecreased  Mu scle F u n ctio n In creased  Mu scle F u n ctio n  – 1 0  – 2 0  – 3 0  * O n e p atien t w as ex clu d ed  b ecau se th ey  w ere w h eelch air-b o u n d . F ig u re 3 . P ercen tag e C h an g e F ro m  B aselin e in  O v erall In d iv id u alized  N eu ro m u scu lar Q u ality  o f L ife Q u estio n n aire R esp o n se (at Week  1 4 ) C h an g e F ro m  B aselin e (% ) C h an g e F ro m  B aselin e (% ) 3 0  2 0  1 0  0  – 1 0  – 2 0  – 3 0  3 0  2 0  1 0  0  – 1 0  – 2 0  – 3 0  F S H D  (n  =  8 ) G ro u p  A G ro u p  B  L G MD 2 B  (n  =  1 0 ) 2 5 .6  8 .9  1 .7  – 0 .6  – 3 .3  – 4 .5  – 5 .0  – 6 .1  1 7 .2  6 .7  5 .0  2 .8  – 1 .6  – 3 .9  – 7 .2  – 1 0 .5  D ecreasin g  D isease B u rd en  In creasin g  D isease B u rd en  D ecreasin g  D isease B u rd en  In creasin g  D isease B u rd en  2 .2 0C o n clu sio n s —In  th is ex p lo rato ry  o p en -lab el stu d y , A T Y R 1 9 4 0  at d o ses u p  to  3  m g /k g  ad m in istered  o n ce o r tw ice ev ery  w eek  w as g en erally  safe an d  w ell-to lerated  in  p atien ts w ith  F S H D  an d  L G MD 2 B : − Mo st T E A E s w ere m ild  o r m o d erate in  in ten sity , an d  n o  S A E s o ccu rred . − O n ly  1  p atien t ex p erien ced  an  IR R  ev en t, w h ich  w as m o d erate in  in ten sity  an d  reso lv ed  u p o n  treatm en t d isco n tin u atio n . —A lth o u g h  th is stu d y  w as n o t d esig n ed  o r p o w ered  to  assess efficacy , a m ean  in crease in  MMT  o f 6 .2 %  w as o b serv ed  in  p atien ts w ith  L G MD 2 B  after 1 2  w eek s o f treatm en t. —T h ese resu lts su p p o rt fu rth er in v estig atio n  o f A T Y R 1 9 4 0  in  p atien ts w ith  L G MD 2 B  o r F S H D . R eferen ces 1 . Malik  A  et al. F ro n t N eu ro l. 2 0 1 6 ;7 :6 4 ; 2 . P eg o raro  E , H o ffm an  E P . L im b -G ird le Mu scu lar D y stro p h y  O v erv iew  G en eR ev iew s®  2 0 1 2 . h ttp s://w w w .n cb i.n lm .n ih .g o v /b o o k s/N B K 1 4 0 8 /. A ccessed  2 0  March  2 0 1 7 ; 3 . T aw il R  et al. S k eletal Mu scle. 2 0 1 4 ;4 :1 2 ; 4 . Z h o u  JJ et al. J B io l C h em . 2 0 1 4 ;2 8 9 :1 9 2 6 9 -7 5 ; 5 . G ersh m an  A  et al. P o ster p resen ted  at th e 2 1 st In tern atio n al C o n g ress o f th e Wo rld  Mu scle S o ciety ; 4 – 8  O cto b er 2 0 1 6 ; G ran ad a, S p ain ; 6 . P erso n iu s K E  et al. P h y s T h er. 1 9 9 4 ;7 4 :2 5 3 -6 3 . A ck n o w led g em en ts T h is stu d y  w as fu n d ed  b y  aT y r P h arm a, In c. E d ito rial su p p o rt w as p ro v id ed  b y  O x fo rd  P h arm aG en esis, In c. an d  w as fu n d ed  b y  aT y r P h arm a, In c. D isclo su res JV , ad v iso ry  b o ard s: A lex io n  P h arm aceu ticals, U ltrag en y x  P h arm aceu ticals, G en zy m e S an o fi, S arep ta, N o v o  N o rd isk , S an th era. T M, sp eak er fees: G en zy m e C o rp o ratio n , G rifo ls; ad v iso ry  b o ard s: A m icu s, B io m arin , G en zy m e, Id era P h arm aceu ticals, U ltrag en y x ; research  su p p o rt: C y to k in etics, A lex io n , A m icu s, B io m arin , G rifo ls, G S K , U ltrag en y x , N o v artis. S I, ad v iso ry  b o ard s: A ln y lam , G en zy m e. K W, ad v iso ry  b o ard s: S o lid  B io scien ces, Marath o n  P h arm a; research  su p p o rt: P fizer, aT y r, A k ash i, S arep ta. G W, S S : aT y r em p lo y ees. S A , T G , L S : rep o rt n o  d isclo su res. C o rresp o n d in g  au th o r co n tact: v issin g @rh .d k  P resen ted  at th e A m erican  A cad em y  o f N eu ro lo g y  A n n u al Meetin g ; 2 2 – 2 8  A p ril 2 0 1 7 ; B o sto n , MA , U S A . 0 1 1  In tro d u ctio n  Meth o d s R esu lts C h aracteristic G ro u p  A  G ro u p  B  F S H D  (n  =  4 ) F S H D  (n  =  4 ) L B MD 2 B a (n  =  1 0 ) Mean  d isease d u ratio n , y ears (S D ) 2 2 .6(1 3 .6 ) 1 7 .3  (3 .5 ) 1 9 .8  (1 5 .2 ) Mean  ag e o f o n set, y ears (S D ) 2 2 .8  (1 2 .3 ) 1 8 .0  (2 .7 ) 1 8 .5  (4 .3 ) Mean  clin ical sev erity  sco re (S D )b  2 .6 3  (1 .1 ) 2 .8 8  (0 .5 ) 5 .7  (2 .5 ) D ecreased  Mu scle F u n ctio n  In creased  Mu scle F u n ctio n  D ecreased  Mu scle F u n ctio n  In creased  Mu scle F u n ctio n  D ecreasin g  D isease B u rd en  In creasin g  D isease B u rd en  D ecreasin g  D isease B u rd en  In creasin g  D isease B u rd en  C o n clu sio n s Week  2  3  4  5  6  7  8  9  1 0  1 1  1 2  1 3  1 4  E x h ib it 9 9 .2
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