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> Larimar2— & %3042 T £ B %3409 16 K ) & Biotech, AR3E20234F4R, /A 8J142.4 i T, 2 8] 77 4 % Zafgen(ZFGN.O), 20194 5

Chondiral & & £ % % Larimar(LRMR.O),

[PRETS

IR

% B AT % & b X HAMw & A Nomlabofusp(Nomla) .

> BRI E &P LRE R BT S A, BR R TG 77 o B4R A K25 & JA(Friedreich’s ataxia, FA)#Nomla. % se4t B A7 /£ 15 R iE At
PR R2EAM L, T1412024Q4745: h #4E, e —bDRA, NS T2025H2AEFBRRX EF wiF. i TFANBHEE & & L E R T LR,
H, BRNAFEE RN E EHAHGRE,

> BAta sl AA F et AR LA, B A E s BN, B RS R R R R ERANF RS A T M0 &

> HME2023F K, NERFHT L8680 £4, £42024F2 @K ALTMCEL, FHtT XN 8iEE £20264F, 4oENomlals &k & L

TORA], W2026-F 3 HF = &£ 4 BN,

T

> GG —F I KCPPE QB A R HA TS, FARSFLABHE L.

Fiscal Period: December 2020 2021 2022 2023
Net sales !

EBITDA ' -36.21 -41.45
EBIT' -42.8 -50.46 -38.53 -41.76
Operating Margin

Eamings before Tax (EBT) ! -42 .48 -50.64 -35.36 -36.95
Net income ' -42.48 -50.64 -35.36 -36.95
Net margin

EPS 2 -3.570 -2.850 -1.370 -0.8400
Free Cash Flow -36.53

F# kR : MarketScreener, /8% M, GlobeNewswire, 2&4&1E &4 % A7

B

Our Science
Larimar Therapeutics’ proprietary protein replacement therapy platform has the potential to provide disease-
modifying therapies that are intended to deliver missing proteins inside the machinery of cells to treat

devastating rare diseases that currently have ineffective or no treatments available.

FRATAXIN (FXN) CTI-1601
Mature Human FXN CPP I Mature Human FXN

| - i

1 !

Site of Mitochondrial Processing Site of Mitochondrial Processing
Peptidase (MPP) cleavage Peptidase (MPP) cleavage
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> 2019: Zafgen Chondiral &3 sk . #7 2 8], QA‘Z‘vi’yLarimarc

> 2020: § T, MRNAB R R4, £FB%LFRREFHEREVARSREK, NE)TET KK, RREKANNIE T A
EGie, BN THE.

> 2021~2023: /> s8]/aANomlals K14 HE, @ Tl RATah R B RBERAM T BA —E H 2k, FDAZRKYIFOLEE K, 2AE
By PAT, BRI LTSRN ETA—ARRER, BN RFRETERTX], RMEL—ELLETIRERS,

> 2024: N eliEE AEAE R2AHIE, biomarker AR &AM YE RAF, OLEFT /a3, F/AM2025H242 L L7 wiF égit %], HFDATRIX
4T BUH AT50mg e 69 16 R 1%, E¥Nomlazh ASTART PILOT Program, RE#rifE 4 R 5%,

125% ¢ NS AN ‘
lﬁir/il;ﬁ.i#;:g;#s; sille Rl
100% | 5/11: 4 5]/ Nomlabofusp a4+ — Skyclarysik#t, a7
¢ OB, BAR XN £ 1B R, FAMREE A 254, 4
75% | 2% =B 0I0QFHETH AN MY gnp. pasrpags  FUTUTESIEE oo paadkami 5020 FDAR SR
RALERLNTOA —RTAZ? TTypeCRit, igds o REL0REL WEGE, FRERETT AR, A
50% | AT fi% e W6 R 4% 09 2] AL 2025H2#2 3T L7 w3 8] TR F+ 7=

25% [ \
0% v
—25% ¢ 7/28: Biogerni:
_ 5/29: Chondrial#=Zafgen <. 2/14: FDA%—J‘L AT £
=50% [ A4JF, #7844 &Larimar 5/26: & T s K AT B ANHP 2T Yk 4 5 4% 15 IR i Reata
%%, FDA% K% 1¥Nomlabofusp ) ‘
-75% | 8 1 8 U R A 5/30: FDA%
—LRMR —XBI Nomlabofusp #h A 36 )L 25
_ 9/14: FDAR &HAT 35 ks i W LI AT I %]
-100% *© JR, R E gk Gk A4S
PO T S R P Y N S R (N I N (R S R R RN R RS R N
%\"bﬁ 5\)\ c;Z-Q QOA s‘b»o Q{b‘ Q{b‘\ 3\)\ cJOQ Qp"\ 5@0 %\b“ %\’5‘ 5\)\ CJGQ Q.O‘x 5’5° Q{b'& %‘b‘\ 5\)\ CJGQ qu Sb %{b" $fb'§

FH KRR NE'ER, SeekingAlpha, 4&iE K 4F 7 AT 5



YNGL Y
1T 5
WM& srer

B 52 7

FE oy [A E
@ )f i s
HUAFU SECURITIES CO.,LTD,



U
Friedreich’s Ataxia — £3X27 & F W F LA B %R (O R L,

> FAR—MREMARER, LEE2ERA: LELRK, #HELFRANL LA BRGFLT, MAKEHGHENERRZ. P44
57 WA, Bpissh e iAREE). SR, AR &K . Hﬁi)i%j‘ HRK, ARHARRIE, FHBEAH, HEBERE, E5-FHF
#30~50%, %A THEA SR,

> RARALE: FE4R9qL3 L AGFXNA R iiii(intron GAA Repeat)F 2 & A = #frataxin® & 69 & A 54K, %k = frataxinl] 2 i@ idiron-

sulfur cluster biogenesis/z Rt (43EAR) Frhme N RF R D RE, FRATPEARIARIE Am B B, &AL BT; Sl A7 & (L

). R fE R Ko

RATRF: FEAHHS0005FAESE, 2 LH2000056FAEE (KEABRBEE) , &TFE LR,

BT E: %R TI863F AR K, AR A F|20235FFDAFT MET z‘%*‘wéﬁ P 25 4% Skyclarys(omaveloxolone) .

AR E K B ATFDAE —Ht /& 69 25 4 0maveloxolonedu#) 7 F B 443 FXN, HlE K77 L F AR E, EHIRIDE082 —H /8%

MAR R L 2 E-J& 9% 09 25 4 (Disease Modifying Therapy, DMT). #th, Skyclaryse #riid, —FET % MA3TH £ 1, I mAFE

(cost effectiveness) ; VAR iZ SaAr % A#L 16 % VAT Z4R4E o

Autosomal Recessive Inheritance Pattern p

y \ Y '.53
&= =W 41 P o=
™ 0 Dysarthria e ) k“l,‘\

Creative-Med-Doses "“@’ S \}
o b O
3 o
@l ’ o
E; 1 ?\g Gy GAA O
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I miss Frataxin....
Having near death

Experiences,

most organelles are
FXN mutation % "
DAD IS A CARRIER ‘ MOM IS A CARRIER Drop-dead !
; Hypertrophic
cardiomyopathy GAA
un at E \pm 10} n
Diabetes mellitus — B . Skeletal malformations Trinucleotide repe:
v X v J WORKING GENE ——— P G— Kyphoscoliosis
% NON-WORKING GENE Absent Frataxin
)
oy incorporation of Fe with
sulfur is impaired in
v v x v % % % \ Mitochondria

Areflexia ——F—

Freeioniclron 5 less ATP production = Less energy for cell

[553)
I Accumulation Neurons
) Heart cells
N n n ’ i
CHILD DOESN'T HAVE CHILDREN DON'T HAVE CONDITION CHILD HAS CONDITION Falliypestissle™ 4 i RERS ey B | f _)oxldatlve damage _— C ll d th NHP
CONDITION & NOT A CARRIER BUT ARE CARRIERS \ / foatacicalionaton of DNA & Proteins € €2 Most affected cells

/\l xic standing and gait, ——=
'creased tendency to fall ey

75% OF CHILDREN DON'T HAVE THE CONDITION

FH# &R : Medizzy, HealthJade, Creative Med Doses, UpToDate, - &]'E F, NCBI, 484 5F 5% HT 7
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> A
® IS R oAt £ B4 £ Z FXNF BT aFil 3 Rk &, 1206 R J7 5.
® L HADMTIE R M Bt e/, Larimarégnomlabofusp#*E—DMT,
® 5 RATAXR S R RIT &, BARTFTELRT LG BERE,
>  kREARAFTEFMFTAADT-216P2: i@ id )5 -F 2540 % % B GAA Repeat-F 2069 & B &R A TEAK, 42 B 3T9Z% o470 42 W R 3T o
> Nomlabofusp5omaveloxolone#t#l 7+ A8, EARF ER A, —HEit LTUEKA, mAFEFXF.
> Nomlabofusp# FDA% ASTART PILOT PROGRAM: FDA CBER/CDER <k i1-F2023-%10 A /2 %7 START Pilot Program EBWEANT o
B E R T RRAL, ANRIZIRAT A B B R S AP T AR ZFDAE R B A IE, UAAE R, R EL LS &g
BIFDA# & ks F, A Dokl KA A ARRI R A BE (START PILOTH B 4% 314 FR)
Agent Therapeutic mechanism (;DQS;??L; ('Dik\féf;v:llwc;:r . o ::;E'“ \P:fssj:'w” e  Arvrouar QNIARE
- &N
Idebenone Antioxidant g || AT ekt AL A etk = > Biogen
S s o | T D - -
CoRupitmmn E Ariliizidans Funcion & Reduce StealthBlotherapeutic & hdren's Hspial of Phicdelphia
Carnitine/Creatine Antioxidant Onxidative Stress Chidans Homsml oF Phiadeiohia
Deferiprone Iron chelator NS -
Deferiprone/ldebenone Iron chelator/antioxidant Metabolic Pathways . B
Deferiprone/ldebenone/Riboflavin Iron chelator/antioxidants St:::ﬁ:: R:r"é:;::j::s Lacimar Therapeutics
EPO Increase frataxin ) ) |
A Increase FA gene Expression I: Design Therapeutics
Carbamylated EPO Increase frataxin

S i Ex-vivo Cell Therapy Papillon Therapeutics
A0001 Antioxidant [
Nicotinamide Increase frataxin

ASP2016, cardiac Astellas

RG2833 Increase frataxin Gene Replacement d
Interferon gamma Increase frataxin _ FA-212

Resveratrol Antioxidant Gene Editing || i

AR

{Friedreich‘s ataxia: clinical features, pathogenesis and management) , 2 &)’ R, H£4%iE AR5 5 PT 8



YV YV

> e Ak 3 UE B
Omaveloxolone: 752 A 4 3L © ‘FHi

Skyclarys(Omaveloxolone) 7202342 A gkt L7, EM377 £ TIF, M AFDAME A /NFALIT 54,

20235F A 5451 51 H 56007 % T, 2024Q14K4E %71 #78007 £ 7o Stifel )47 & 7~ 1% S A e {H 45 KA 21012 % T
Omaveloxolone¥e ) KEAPL, H £ Z3758 % ENRF2, mNRF2A LA AL ARARIP AP 2692088, B L3238 £ 7T A% AR E K K& A
i

MoxiedF 5ol k% it : R 248 +2 A M7, L1%RF A8, Omal & F A R MAak iy e = F; 206 KL EAMFARS(# %99,
PHRABZRFEREEL) I E. -
KB HR SK{CT ARYS'

® OmaZAmFARSHH K £156%, &AM E0.85%, HMERN2.41%, p=0.0138, &2 BFH; (omaveloxolone) 30.ms

® LA, 185 ATHREREE, MAEFRLL6H(FLAR ], BHEARBR);

® PR B s R4 BPGICACGICH AL 2| %t R F M, posthocy #7% &7 MABLE 5+, FHOKELARITFE %

® AP ﬁﬁéﬂ ARAE A100%, OmaZiSAE £10%, & F /&7 41696%, 4ﬂ‘§$8%, BAMemE, Be Laltkmy

KiZ. RB. ¥HABAZHF,
it RAROmak 2%t 2 F M, 124£99% mFARS scale L7k £-2.414 49 57 2 45 71
FHHEAS, 20235104, 5]%«?1%&3"?&15*!@% Omazi 5 g2 &L 51 2emFARS > 7 3
JE6.650F23%, M4 £ 3EHRN3.65

20

= Omav Placebo

0.0 |---

Reata’s Pharmaceutical’s
omaveloxolone for Friedreich’s
ataxia, arareinherited disease
that progressively damages the
nervous system. The agency
granted the surprise approval

+0.85 pts

Group Difference
-2.41 points (p=0.0138)

&= s

Placebo

nge from
Mean Change from Baseline in mFARS

e in MFARS £ SE

Chal

-20

elin

LS Mean

A
The USFDA has approved mFARS Change from Baseline H

SKYCLARYS

irst-in- a4 - r r - - e N
for th.e first ".1 class NRFZ 0o 4 12 18 24 36 48 ;";"';;'i':, History of 'S"::;' Cardiomyopathy
agonist despite questions about Number of patients Study Week Base Model Cardiomyopathy  FEPEET + GAA1
. SKYCLARYS 40 40 40 a8 36 35 34
the strength of the supporting Placebo-Corrected 2.0 548
. Placebo 42 42 a2 41 a1 a1 4 Differonce using  (-0.014) (00004  (p-00017)  (p-00012)
efficacy data. MMRM

/N 8"E M, Skyclarys, NeurologyLive, Nature, Drug Discovery and Development, SeekingAlpha, {Safety and Efficacy of Omaveloxolone in Friedreich Ataxia (MOXle Study)) , i»t—#gibﬁﬁﬁ TR
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Nomlabofusp: BIEE GEibAST ik, BEERK LA © FHit %

>

>

% Survival
° o
> o

o
~

0.0

Table 7. Some examples of Clinical trials involving CPPs as drug delivering and bio-imaging tools.

Nomlabofusp: sh ik & & BEAk 297 &, B & élizklﬁ%«iuimFXN FAFXN&IMTSH] 3% 42 ANCPP K £, vAF5 ghNomlass i 3 N tm it 7

BHNF &K EARA, MTSACPP A BLARK4k 0% 42, B & 7% ¥ ayfrataxin® G .

Nomla Al #9CPP & 5 % W& TAT(HIV-transactivator of transcrlptlon) EAHFDAL AMAE IR X HS0; §ERBE LT OTAT A ZAuris

Medical $§AM-111 (TAT-INK) , AT 3677 ISSNHL(KAE): At =06 RAP AR I 26; IR E, K 5ISSNHUALH A4 A 5L 4,
ZRAZEIARA R BAREIZEARLEARI LTS EL, Eposthocr AT AAEAM- 1IN TR ELE AL TFEXLN R EF TR %L,

AM-11189 % % I~ X & TAT modality 7~ B & &k 25 P o

Nomlafz s /& AT % SFAE A b R T EAMIT R 77 B/ 0 F-F I F i RN 2 2 2538 K49~53%, H A A F & 4R ¥ & h40pctd L,

Results: While the primary efficacy endpoint was not met in
the overall study population, post-hoc analysis showed a
—=— Ciropes(izd) clinically relevant and nominally significant treatment effect
—  xomTEnNGz for AM-111 0.4mg/ml in patients with profound ISSNHL.
=== KonoPes () The study drug and the administration procedure were well
o tolerated.

Conclusions: AM-111 provides effective otoprotection in
case of profound ISSNHL. Activation of the JNK stress
kinase, AM-111"s pharmacologic target, seems to set in only
following pronounced acute cochlear injury associated with
large hearing threshold shifts. Key Words: AM-111—
Apoptosis—Brimapitide—Clinical trial—Hearing loss—
CTLPBS KOPBS KO TAT-FXN KOI‘:PBS KO TAT-FXN 0.0 T T ~ ISSNHL*JNK*PCPlidC*RSSCUe medication.

(n=16) (3d) (3d) (12d) ° 10 2 2 P P © 7 ° 20 40 60 80 100
(n=18)  (n=16) (n=24) (n=29) Time (days) A Time (days) Otol Neurorol 40:584--594, 2019.

A o]

—— cupBs (39
(n=16)

—— KO TAT-FXN (3d) 08
(n=16)

KO PBS (30)
tn=15)

Survival

CPP involved Study stage Compound name Drug used with CPP Disease/therapy Ref. STRUCTURE OF ENDOGENOUS FXN STRUCTURE OF NOMLABOFUSP
BT1718 Phase 1, Phase 2 - alone Adv. Solid Tumors, NCT03486730 g

small cell lung

sarcoma, and Mitochondrial Targeting Mature Mitochondrial Targeting Mature
oesophageal cancer Sequence (MTS) Human FXN Sequence (MTS) Human FXN
TAT Phase 2 completed 2019 Daxibotulinumtoxin-A Cervical dystonia [222,223)
NCT02706795
P28 Phase 2 P28GST Glutathione-S- Crohn’s disease [223]
transferase NCT02281916
D-TAT Phase 3, completed 2017 AM-111, XG-102, D-JNKI-1 Postoperative ocular [224)
brimapitide inflammation NCT02508337
D-TAT Phase 3 AM-111, XG-102, D-INKI-1 Hearing loss/Stroke NCT02561091 Cleavage by mitochondrial processing Cell Cleavage by mitochondrial processing
brimapitide peptidase (MPP) at this site produces Penetrating peptidase (MPP) at this site produces
Activable CPPs  Phase 1b, Pegloprastide Cy5 and Cy7 Breast cancer imaging  NCT02391194 mature human FXN in mitochondria Peptide (CPP) mature human FXN in mitochondria
clinical trial in women undergoing (also known as AVB-620) fluorophores
breast cancer surgery
#4 k& {Cell Penetrating Peptides: Classification, Mechanisms,Methods of Study, and Applications) , A TAT-frataxin fusion protein increases lifespan and cardiac function in a conditional Friegteich’s

ataxia mouse model) , {Efficacy and Safety of AM-111 in the Treatment of Acute Unilateral Sudden Deafness—A Double-blind, Randomized, Placebo-controlled Phase 3 Study) , 2 3)'E W, E43E K5 %7
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W R2AAF =K E . 04 M., Biomarker# g R 3F

> 8] T 2024121120 A0 Ve R2 AR AR, B R EMEFHKIE, Atk EARET70%.

> WGRR: EAER—A2BEFEIHRE (25mg. 50mg) PSRRI, EAMBLI8Y A LAFASEE, L EBIERL SN —FF
biomarker, 4ej8iz a4 (R fktmpe, o izmie) frataxing 2. PK, X AR A XS, UR%4AH,

> St X KIARER RN TESH, B ANBRES (RHEEMITREE, 2F L KLHF) .

Day 28 Skin FXN Levels

o Day 28 Buccal FXN Levels

> EE A AFXNATFR A EHAWLIT%AT ; “ H | Absolte alues b |
> 50mg4L 2514 £ 6 H Mk s f b EXNAK T E A 5335906, Bp | medan | mean |
FAEE LI, FISRAARAE, & E AR e sasene ass
> )i}y—( 4E]HLFXN Q/j /7 ] HLQWHL fl'] lﬁ’f , ;&‘ . o B_Lé‘ﬂ}]b%ﬁ_ M: Day 28 173 1.76 Day 28 439 4.80
KR B B T Bk 20 L VAR AR 2&7%%7}‘2%%@; "  wm Coenine 2B
> EARABESE, FXNKFHERS, 1224425 AT %, Baseline 176 177 Baseline
H G Sl kKo A 2424 R ,ﬁh‘, Day 28 215 215 Day 28 2 1
> FIEARMUPE R, Ch;:s";::m 0.48 0.38 c";::;::’“ 314 347 |
T IR o o Concentation s
MR AT 'l"ﬁllZﬁfJﬁx % . s o e s . o o
&it6l% ii{&?&‘ B A 16.2 +
¥JLSAE, & F LAEH §2 .
ISR; Phlk #id1471G3 8 i3 f
¢ A 5 7 4 A 4 : 3
kWK, RER: 1 % - i T it ]
SRR, 2) HEAR : S I 3 & —
Skin cells  Buccal cells I e
|QR |QR Day 14 (QD, 1-14) Day 28 (QCD, 15-28)

TR R NEAER, ERBIERFF R 12



BiomarkerXEW T2 B EEL: HEREREE © ‘it %

> AREBERFHHXF:
® 5 ['*_EHeterozygous & # 69 FXN 4 iA &L A A £ A8950%, 24l % A 4T % (NomlaPhl data) ;
® HH EFHIRAFXNA X Z4R-A £ EH AM3I%IAE, N TH AN RM1L5F4ER £18.35F (A RmAAL) ;
> 50mgZL T H467%. 14%4) &% k. O EFXNA B3 £37.50% % L (0 A S K38 54 AR IR 7 ik VAR O st B 27 T AR i B b AT
%) 1 AP A33%EH K-S ERAE0%A L.
> EEFR:
® v, S, HRMMAFXNA R A B F T &, EAHARREEKR, RTEH, LR oE@mEAZANREEEAELR, B
HNomla B 69 T 2 RN%Z: 1) BAEFRAEFZEALELIALRTHEE, HHZSI, FRIA N E@mIE; 2) HATAS)

HUAFU SECURITIES CO.,LTD.

A NF T biomarker#t 4, # X K ST 3/ E K/ FE B EER (MFARS) 4% H3E,
©® 5 Ao 8] BTt 0 15 4 ILFXN A2 182 B 1% X fm i Kt fturnover KB, AR 2483 B 1Z 69 S AL, A2 M EFXNAS 4 £ 3,

AR EmMPI T, LA R EHGNomlast &4 Ein (R328) .
® H ATFDAJF K& K\ 3] 4— 48 A4t 28 21 69 FXN$L A .

> Younger AGE: FXN& A ZARK, A MM AAART, RsmithAaF, stEMARKE, BAZ2RAAMHKRS
AT, Bt ERAF LA, BATEANAFHTRAISY, A—F FHROZHE,

Median Age of Onset and Rate of Disease
Progression in Relation to FXN Levels

FXN Level* Age of Onset FARS**
(% of Normal Level) (Years) (Change/Year)
7 29

1.2

220 1" 21
31.0 16 2.0
48.7 19 1.6

FARIR: NEER, FRBIERIT LI

Median Age of Onset Predicts
Time to Loss of Ambulation

of Onset Median Time to Loss of
(Years) Ambulation
(Years)
<15 1.5
15t0 24 18.3
>24 235

25 mg of Nomlabofusp

50 mg of Nomlabofusp

%ofhealthy  Baseline =——————————Day 14
lunteer

vol
FXN level
| ]

<125% ﬁ
o o

o m

%ofhealthy  Baseline =———————————>Day 14
volunteer
FXN level

L B 3 ]
<125%
o Mm

25%-<37.5%

| "

FXN levels increased from baseline and

FXN levels increased from baseline

9
- Basoline [-XN levels as a/% of aerage - reached 25% to < 50% of average FXN I and reached > 50% of average FXN

FXN level in healthy volunteers

level in healthy volunteers

level in healthy volunteers

13
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J& 411 X — OLEAE A i MPE s &R © it
> Open Label Extension#F % (OLE) # +1+2024Q4 3 5 4 4% :
® 25mg#a it 2024Q43: th £ 48, 7 XIAE ) LT o If 69 L2 MR IS R AT L
® i 5 RSN KA AN HIE, KB4 EILOFES5FACOMS(Natural History) 4% &+ A 267709 EE S RBIE RT3 (A% T3
Rplm) . AFEHRARAERFALF, dRETHBEXTHFT1IH; LR &4 T25mg2a J7 27T A8 A 450mg 2 ;
® x Z %41 7 A1 4 on background omaveloxolone, {24 #4345 EH XA KT A2,

Preliminary interim data expected in Q4 2024

® /) 5]5/30 H At FDA#START Pilot Program (& W% 4=

1‘3 'q.? #tbi’l' 3@] X, ﬁ:ﬁ ) , ;g]‘ fiﬁl Fa iiﬂff R VLR fq,? b j& f;c . Key Eligibility Criteria Key Study Objectives
® 5 7] K DAY S 50mg#a 64 16 &4 15 b, AT 4% - Satetyandoerabity
I]{é I}F\ ‘H’;]- iyb 5%] ﬁ“ IK—L\—'EE‘ é I]ﬁ: ]‘5] ;@ % i}a é é:‘l; %*ﬁi %? /f% ’ Daily subcutaneous injection of ° ;‘::-:::::on to 50 mg planned following
> 2025H2 BLA: i(n %OLE'IG‘} /)T'\ ‘ii& Ef’}ﬁ‘x 37] y /L} é] 'H' &’J a:‘ Previous participation in 25mg nomhmp; further characteri;ation of FXN
2025 HZ;IL% i BLAa 13 'Eﬁ "J,Tb ° Phase 1 or Phase 2 trials self-administered or by a caregiver pharmacodynamics at 25 mg dose
. e + Tissue FXN trati d potential
> Confirmatory Trial: 2 &4 732 X BLAZ #1 /3 9 2L % e R i e
7 oy > . ontinuing to enroll patients an lerated |
R T BE e R AR AT 7, AMLIR 6,4 mFARSE P 69 K b |-l o g e e ettt
}i}] ﬁ giéi;}}% ) iZ Eﬂ— % }Ei@ r;; % 2 '& H—j_ IET] 71_ ﬁ% é_ é'] gi % o matched set of untreated patients from
> BREFE: BH2~1THILEEH G R s e
Intend to pursue FDA acknowledgement that FXN deficiency appears to be critical to the pathogenic mechanism of FA, and that there
accelerated approval continues to be an unmet need for treatments that address the underlying disease pathophysiology. Discussions to
with FDA support an accelerated approval are ongoing. BLA submission targeted for 2H 2025

Initiated OLE study with 25 mg daily dosing in Q1 2024 with interim data expected in Q4 2024
To potentially escalate dose in the OLE study, 25 mg treatment data will be submitted for FDA review due to
continued partial clinical hold

OLE study with
near-term catalysts
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