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Disease Presentation
o At baseline, most patients had myeloid bone marrow involvement (75.6%) (Table 2)

Figure 5. (A) Best Clinical and Cytogenetic Response in Patients With CP Only or Molecular Response
(B) Any BP Disease in the Efficacy-Evaluable Population (n=45) o FGFR1 fusion transcript copy numbers in serial whole blood decreased during treatment in

Methods (cont’d)
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FGFRT i - - - » The most common FGFR1 fusion gene partners were ZMYM2 (40.0%) and BCR (31.1%) Clinical — Cytogenetic : (>5 weeks), and decreased upon reinitiation of pemigatinib (Figure 6A)
rearrangement (MLN ) are rare, aggressive hematologic malignancies that belong to : : Age  Sex  FusionPartner Response  Response CP Disease Only . . . .
A ) ) - >  The primary endpoint was percentage of complete responses (CRs) as best overall response, Fi 4 » These dynamic changes were consistent with changes in the bone marrow by break-apart
the World Health Organization category “MLN with eosinophilia and tyrosine kinase d by investiaat d adiudicated ret tivelv by a CRC (Figure 4) 67 M BOR CR COR IS ) L e ) : O
gene fusions™!2 as assessed by Investigator and adjudicated retrospectively by a gg '\; TPRZaAr:’%AgYMz g; ggys  ——— _’-D fluorescence in situ hybridization (Pearson coefficient = 0.80), including improved responses
) . » Secondary endpoints were overall response rate, complete cytogenetic response rate : : - v ——————————— in patients who transitioned from intermittent dosing to continuous dosing (Figure 6B
¢ In patients with MLNFGFR?, the presence of t(8;13)(p11;912), 1(8;22)(p11;q11), or another (CCyR), partial cytogenetic response rate, duration of CR (DOCR), duration of overall Table 2. Disease Presentation at Baseline T ot G o —— : g - - : ¥ e : )

h e Sl e 't esion & & Mew o et (el Its i YN ’ e ) : : : 6 : G = R ) o Changes in FGFR1 fusion transcript copy numbers also reflected changes in treatment
anlteineselns sl el 1l sdl el ilisligsslehl IS el N feligliontigl CELIE BB Is R i response (DOR), progression-free survival (PFS), overall survival (OS), and safety Safety Population Efficacy-Evaluable Population ! - ity i ' iti
EEER el slEes el e v FEERY aetiveiien? ’ ’ ’ i P tat " N=47 —45)* 56 F BCR CR CCYR el intensity; deeper decreases were observed with both methods following the transition from

o Currentl thereg are 16 known FGFR1 fusion partners, among which, ZMYM2 (13q12) and ® Ais an exploratory analysls, FGF1 fusion partner genes ware centtfied with anchored Bm:j;verr::?b?' :::12’822 (OFZer CRC) = = gg m FémﬂéP gs ggﬁ  — -A!x IO COmes eesiig
BCR 223/, . h t e p , g , q multiplex polym_erase chain rea_ctlon (PCR)-based next-generation sequencing (Integrated No moroholodic evidence of disease 7(14.9)* 7(15.6)f Zz M e = R ———————— =l 2 I [PEHEM S U CIRS 10 i) el Selo el axsidin (T2 ] Sealof el el
(22911) are the most common DNA Technologies, Inc. Coralville, IA, USA) of RNA extracted from peripheral blood rpolog ' : 73 F _ FGFRIOP (R CORR ——— in FGFR1 fusion RNA t ot bers: ller reducti b din patient
» Pemigatinib is a potent oral FGFR1-3 inhibitor approved by the US Food and Dru e o : : : e - Myeloid neoplasm 35(74.5) 34 (75.6) 3 M BCR CR COR I - - ¥ Patient withdrawal n usion ranscript copy numbers, Smafler reductions were observed in patients
lefenilnllo) s el o) PP y g » Changes from baseline in specific FGFR1 fusion RNA transcript copies were quantified with Lvronoid neool . N 65 F ZMYM? CR CORR I - - > 4oHCT with stable disease (>2-log reduction, 40% [2/5])
Administration in August 2022 for the treatment of adults with relapsed or refractory droplet digital PCR of serial whole blood samples collected on day (D) 1 and D15 of cycle (C) ymphoid neopiasm (4.3) (44) % F BCR CR CCR I - - > {;icnt withdrawal
MLNFGFR? based on pivotal results of the FIGHT-203 study (NCT03011372)” - L - Mixed-phenotype neoplasm 3(6.4) 3(6.7) 61 F ZMYM2 CR COyR M- - % alloHCT
8’0%102;2,} i‘; and €8, tnen|Diloieveny 4 cycles (estimatedlimitior asieation, Presentation category (BM andor ENID involvement, per CRC) » P SRR SR wmp  PetEnvihGraNa Figure 6. (A) Central FGFR1 FISH Analysis of BM Cells From Individual Patients (n=44)*;
' CP only (no EMD) 24(51.1) 24 (53.3) XM ORI R COR - > loHeT (B) ddPCR Analysis of FGFR1 Fusion Transcripts From Individual Patients (n=33)
Ob j ective BP disease (EMD represents a BP component) 19 (40.4) 18 (40.0) o F BCR xR CoR " M - et
_ CP with EMD 4(8.5) 4(8.9) - — = COR M -~ alonct A 100007 g
. er Yy - alloHCT °
» To present updated data from the FIGHT-203 study, including clinical, cytogenetic, and BP without EMD 7(14.9) 6(13.3) P 2z R POiR | £ dlorcT = §32 10001 °
molecular responses Patient DiSpOSition BP with EMD 4 (85) 4 (89) Y T — T T T T T 1 E ..E_ -“;.’_ 100 - e °
As of July 17, 2023, 47 patient lled (Figure 3 Mo o 209 10 " VouratonrestClnical Responso ontrs z o * a8 si3 °
¢ AsorJuly 17/, , 47 patients were enrolled (Figure 3) Treated MLN without morphologic evidence of BM or EMD 3(6.4) 3(6.7) uration ot Best Linical Response, Tlonths e =% 1 3 ? _lg gy
_ . . . . . .- a5 ) ®
‘Methods 45 patients were analyzed for effcacy o inavement (porsisent 811 anslcaton andlor FGFR . T 3N 3
o Treatment was ongoing in 15 patients, and 30 patients had discontinued rearrangement) Age  Sex  Fusion Partner Response  Response — 3 0.01
. . . _ . - X . . . _ . . . . 70 F ZMYM2 CR COyR . : . T
- — The effi luabl [t luded 2 patients who did not h: firmed FGFR1 t: f th tients had a basell tation of BP without EMD and the other had << N \a} V ™ S Q& o
Study Design VNS IS EREN (RS Vol CISEiUENEn oo i) o el OgEmee neeieelEe b et el e el e e e VW A B EUEMD K e 6o e o o G e e e 64 M FGFRIOP PR COR _ NES— ) £ | U A
. \ . . stem cell transplantatlon (aIIoHCT) (289%) and progressive disease (1 56%) myeloid sarcoma EMD; and 1 patient had T-lymphoblastic leukemia/lymphoma EMD. a7 F TPR CR CCyR I— - - > alloHCT = f
o FIGHT'203 IS a phase 21 0pen'|abe|, multicenter StUdy eV3|Uatlng the efflcaCy and Safety Of Of the 13 patients who brldged to aIIoHCT 9 out Of 9 patients who had response data BM, bone marrow; BP, blast phase; CP, chronic phase; CRC, Central Review Committee; EMD, extramedullary disease; FGFR, fibroblast growth factor receptor; MLN, myeloid/lymphoid neoplasm. gg ':f FglfﬁrZ?(L)P gg ggys ____; :EZ;EOHCT L il
emigatinib in adults with MLNFGFR? a ) . o e o Y — EX M CP with EMD 3
g. g it f patients with MLNFSFR? t ed tined in Fi 1 available were in complete remission at the time of initial alloHCT . . _ Zg E ?%,L“Zi gg 832 =_ - :P%azfong)v;hdrawm B BP with EMD %
* Disease presentation of patients with \ was categorized as outlined in Figure Figure 4. FGFR1 Fusion Partners (n=45) T BCR CR PYCR B- - % aloHCT M BP without EMD e At ‘:::k::/{%: e emeess — |
° Key' eI|g|b|I|ty.cr|ter|a are ogtllnfac'i in Figure 2 - . Figure 3. Patient Disposition, n (%) ig I\F/I %mg gg %2 Il_-_-: ;E)n(qu)x B EMD only 0 200 400 600 800 1000 1200
o Patients received oral pemigatinib 13.5 mg once daily (intermittent dose [2 weeks on/1 week 20 7 18 (40.0%) 77 M BCR PR PYCR 1 Days On Study
Oﬂ'] or continuous dose) 54 M Other NE NE <= =P alloHCT
rotalemolled. 47 (100 15 - 14 (31.1%) 7 —— B 0000
) ] ) otal enrolled, ] 78 F ZMYM2 SD No CyR <--P»ppx ' R= t
Figure 1. MLNFGFRT; Categories of Presentation® 3 63 W ZMYM2 NE COR <--»ppX 3 SR = g{fee ’
© i 43 F BCR SD No CyR <--P»PpDX B
[ Treated, 47 (100) ] = 10 58 M Other SD No CyR <--%»PD £ 1000 ZE =red
y Pl I T T T T T 1 (=) = Orange
[ (&)
2 | 4 (8.9%) t 0 5 10 15 20 25 30 et
* § ° 2 (4.4%) 2 (4.4%) . 3 (66%) Duration of Best Clinical Response, Months g 100 Red arrows = change in treatment intensity
[ Safety population, 47 (100)* ] - - - 1(2.2%) 1(2.2%) l X denotes death; green arrow shows patients stil receiving treatment at the time of data cutoff; triangles show nonresponders. g *Prolonged dose interruption (>5 weeks).
0- *ASIEWZT(;\[/T;;;aer:Zri\st ﬁgﬁé?}ngg\;zr?;iglir:];(:alt:)epj)‘i);irzzsset:mnl)c/éll transplant; BP, blast phase; CCyR, complete cytogenetic response; CP, chronic phase; CR, complete response; CyR, cytogenetic = 10 $Transition from intermittent to continuous dOSing regimen'
( * ) ) ) , BF, ) ) , UF, ,UR, ) ) [=
» 2 patients in the safety population were excluded from the efficacy- ZMYM2 BCR FGFR10P TRIM24 TPR CNTRL 1(8;12) Other. response; EMD, extramedullary disease; LOR, loss of response; NE, not evaluable; PD, progressive disease; PCyR, partial cytogenetic response; PR, partial response; SD, stable disease. L2
P y POp o’ (8:13)(p11:912) (8:22)(p11:911) U6:8)(G27;p11) 1(7:8)(q34:p11) t(1:8)(q25:p11.2) t(8:9)( p11:g33) Translocations 2
evaluable population due to lack of confirmed FGFR1 rearrangement |[* A9NPTEG £)PTha ©oNa<lp ©NGSTP ©)qeopT. =IPTLG =
p \ A 4 Two patients had 2 FGFR1 fusions detected (ZMYM2 and BCR; ZMYM2 and TPR). E L
Discontinued. 30 (66 7) [ Efficacy-evaluable population 45 (96)T ] *No fusign partner was reported for the (8;12) translocation. TTwo patients had no FGFR1 fusions detected. Saf ety EID_
« Bridged to transplant, 13 (28.9)¢ ' FGMR, Toroplastgrowth facor receptor: » Of the 47 patients evaluated for safety, all patients had a treatment-emergent adverse event % 0
+ Progressive disease, 7 (15.6) (TEAE) and 39 had grade 23 TEAEs % __________________
+ Adverse event, 5 (11.1) < Response o Most common TEAEs were hyperphosphatemia (76.6%), diarrhea (61.7%), and alopecia 0.01
+ Physician decision, 2 (4.4) \ . . (57.4%) (Table 4) : e 1D e e e e e e e e e e e e e e e e e
: . o In efficacy-evaluable patients, CR rate and CCyR rates were 73.8% (CP, 95.8%; any blast 2 5 2 2 2 2 2 2 29 29 9 2 2 9 g 2 9 g 9
* Withdrawal by patient, 2 (4.4 ’ S D . _ . 0 . 0 = 0 8§ I X 9 » © @ 9 I K 2 949 2 I 2 9
- Death, 1(22) (44 [ Ongoing, 15 (33.3) ] phase [BP], 44.4%) and 71.1% (CP, 87.5%; any BP, 44.4%), respectively (Table 3, Figure 5) Most common grade 23 TEAEs were stomatitis (19.1%) and anemia (14.9%) © 5 © ° ° 5555388838383 3 3 8
BM/PB: Chronic Phase BM/PB: Chronic Phase BM/PB: Blast Phase ~ BM/PB: Blast Phase EMD Only  Treated, no morphologic S d » Among patients with 21 and without prior treatment, CR rates were 70.0% and 80.0%, ° Treatmen_t_related AEs were reported in 46 patlents. - o Treatment Duration (Cycle and Day)
No EMD With EMD No EMD With EMD or radiologic evidence respectively — 30 patients had grade =3 treatment-related AEs; the most common was stomatitis (14.9%)
. Ofdis?a/SFel;SH :f;ﬁ,tidpgﬁuﬂ? oipggﬂfgdaz:iﬁﬁi‘%m\,‘fgzgfnﬁhﬁargzf,i:ﬁfmij, gﬁsﬁ Cofr preex?:_[inib' tEfficacy-evaluable population included all enrolled patients with an FGFR1 rearrangement who - ladhen DOGEE wes el eeehe) (NR, range, 27 9-N R) TS o Serious TEAEs were repqrted in 27 patients (574%) N . ;Fg?egis:jr(\i/ ggalayr;ir;erz];r:;ggafﬁsv :Qiiiﬁtsyt'imated lower limit of detection of the ddPCR assays (0.05 copies/uL). *One patient had missing BM BA FISH data and had whole blood data.
cytogenetic/FISH, or alloHCT, allogeneic hematopoietic stem cell ransplantation; FGFR, fibroblast growth factor receptor. o , . . — The most common serious TEAEs were acute kidney injury (n=3) and urinary tract BA, break-apart; BM, bone marrow; BOR, best overall response; C, cycle; CR, complete response; D, day; ddPCR, droplet digital polymerase chain reaction; FGFR, fibroblast growth factor
molecular evidence of — 85.8 A) of patlents were estimated to have maintained a CR at 24 months 3 A A A = receptor; FISH, fluorescence in situ hybridization; NE, not evaluable; PR, partial response; SD, stable disease.
FGFR rearrangement Median PES and OS : hadlat dal off: th iimated PES and OS at 24 h infection and atrioventricular block complete (each n=2)
o Median an was not reached at data cutoff; the estimate an a months PP : : : : :
Baseline Characteristics wersl 7 \09aan k4% respectval ° TEAESt'ledl to pemigatinib dose interruptions and reductions in 63.8% and 59.6% of patients,
. - . _ _ _ _ _ _ : SR respectively
Information d d fi th linical . FGFR1 o
gl\/(l),rrt?:nsr%a?rrcl)\ﬁ; Eﬁlr;iitrgkig&“:;c(;i);z‘;rsIZ?EZFR, fibroblast growth factor receptor; FISH, fluorescence in situ hybridization; MLN, myeloid/lymphoid neoplasm; PB, peripheral blood. ¢ :TigoHrEgT‘l(?rgtaﬂtlee:;S with MLN ? 40 had received 21 prior therapy and 3 had received prior — 10.6% of patients discontinued pemlgatlnlb treatment due to TEAEs Concl us |OnS

Figure 2. Patients and Study Design
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Assessments and Follow-Up
é A * Investigator-assessed disease and
Patients cytogenetic responses according to modified
» Aged 218 years (" ) response criteria for MDS/MPN,? and modified
« MLN with 8p11 variant translocation/ Treatment Lugano criteria for EMD per protocol"?
FGFR1 rearrangement documented « Open-label, single-arm » Cytogenetic responses were quantified from
locally* - Pemigatinib 13.5 mg qd decreased 8p11 translocated metaphases by

« Treatment naive or 21 prior therapy 9|  on intermittent (2 weeks —»|  cytogenetics (=20 metaphases), or BA FISH

* No prior treatment with a selective on, 1 week off) or * Responses were also adjudicated
FGFR inhibitor continuous dosing retrospectively by a CRC using CRC-defined
« Relapsed after or ineligible for schedule response criteria®t
alloHCT \. J * AEs were assessed using CTCAE v4.03
» ECOGPS0-2 * Changes from baseline in FGFR1 fusion
\_ Yy, transcript copies were quantified by ddPCR

using RNA from serial whole blood samples
. J

*Based on standard cytogenetic evaluation performed locally. TCRC-defined response criteria were based on local laboratory and radiologic results and central histopathology review; both
local and central cytogenetic results were used by the CRC, with central results given priority.

AE, adverse event; alloHCT, allogeneic hematopoietic cell transplantation; BA, break-apart; CRC, Central Review Committee; CTCAE, Common Terminology Criteria for Adverse Events;
ddPCR, digital droplet polymerase chain reaction; ECOG PS, Eastern Cooperative Oncology Group performance status; EMD, extramedullary disease; FISH, fluorescence in situ
hybridization; FGFR, fibroblast growth factor receptor; MDS, myelodysplastic syndrome; MLN, myeloid/lymphoid neoplasm; MPN, myeloproliferative neoplasm; qd, once daily.

— 12 patients had peripheral blood eosinophilia at baseline

o Median follow-up was 47.4 (range, 13.7-74.7) months; median duration of treatment was 9.0
(range, 1.2-74.8)

Table 1. Baseline Characteristics of Patients With MLNFGFR

Safety Population Efficacy-Evaluable Population

Characteristic (N=47) (N=45)
Age, median (range), years 62.0 (23-78) 61.0 (23-78)
Female, n (%) 25(53.2) 25 (55.6)
Race, n (%)

White 30 (63.8) 28 (62.2)

Black or African American 4 (8.5) 4(8.9)

Other* 8 (17.0) 8(17.8)
ECOG PS, n (%)

0-1 41 (87.2) 39 (86.7)

22 6(12.8) 6(13.3)
No. of patients with 21 prior therapy for MLNFGFR? n (%) 41(87.2)f 40 (88.9)
Prior alloHCT, n (%) 3(6.4) 3(6.7)

: - o :

Peripheral blood eosinophilia (>0.5x10%/L) at baseline 12 (255) 12(26.7)

(per CRC), n (%)

*Other includes Asian and other. TOne prior therapy (n=24), 2 prior therapies (n=8), 3 prior therapies (n=4), 4 prior therapies (n=1), >4 prior therapies (n=4). ¥One prior therapy (n=23), 2 prior
therapies (n=8), 3 prior therapies (n=4), 4 prior therapies (n=1), >4 prior therapies (n=4).

alloHCT, allogeneic hematopoietic stem cell transplantation; CRC, Central Review Committee; ECOG PS, Eastern Cooperative Oncology Group performance status; FGFR, fibroblast growth
factor receptor; MLN, myeloid/lymphoid neoplasm.

Table 3. Response

o 4 patients were reported to have fatal TEAEs (acute kidney injury, intervertebral discitis,
multiple organ dysfunction syndrome, and malignant neoplasm progression [each n=1]); none
were considered related to pemigatinib

o The TEAE profile was similar for intermittent and continuous dosing schedules

Table 4. Most Common TEAEs*

Patients (N=47)

Investigator CRC

Response (N=45) (N=45)

n=45 n=42*

CR rate, n (%) [95% Cl] 31(68.9) [53.4-81.8] 31(73.8) [58.0-86.1]
CP only (n=24) 22 (91.7) [73.0-99.0] 23 (95.8) [78.9-99.9]
Any BP (n=18) 6 (33.3) [13.3-59.0] 8 (44.4) [21.5-69.2]
1 prior therapy (n=23) 17 (73.9) [51.6-89.8] 18 (78.3) [56.3-92.5]

>1 prior therapy (n=17) 10 (58.8) [32.9-81.6] 10 (58.8) [32.9-81.6]

No prior therapy (n=5) 4 (80.0) [28.4-99.5] 4 (80.0) [28.4-99.5]
ORR, n (%) [95% Cl] 35 (77.8) [62.9-88.8] 34 (81.0) [65.9-91.4]
Best overall response, n (%) n=45 n=42*

CR 31(68.9) 31(73.8)

PR 4(8.9) 3(7.1)

SD 9(20.0) 6 (14.3)

PD 1(2.2) 1(2.4)f

NE/missing 0 1(2.4)

Time to CR, median (95% Cl), months 3.4 (1.3-45.5) 1.5(1.3-9.7)

Duration of CR, median (95% CI), months NE (25.5-NE) NR (27.9-NR)

CCyR rate, n (%) [95% Cl] 32 (71.1) [65.7-83.6] 32 (71.1) [55.7-83.6]
CP only (n=24) 20 (83.3) [62.6-95.3] 21(87.5) [67.6-97.3]
Any BP (n=18) 9 (50.0) [26.0-74.0] 8 (44.4) [21.5-69.2]

*Three patients were assessed only for cytogenetic responses, because they had no morphologic evidence of disease. fOne patient was NE for response before having PD.
One patient was NE for response because no data were available for review.
BP, blast phase; CCyR, complete cytogenetic response; Cl, confidence interval; CP, chronic phase; CR, complete response; CRC, Central Review Committee; NE, not evaluable;
NR, not reached; ORR, overall response rate; PD, progressive disease; PR, partial response; SD, stable disease.

TEAE, n (%) All Grades Grade 23
Hyperphosphatemiat 36 (76.6) 2(4.3)
Diarrhea 29 (61.7) 1(2.1)
Alopecia 27 (57.4) 1(2.1)
Stomatitis 21 (44.7) 9(19.1)
Dry eye 20 (42.6) 2(4.3)
Constipation 19 (40.4) 1(2.1)
Dry mouth 19 (40.4) 0
Nausea 17 (36.2) 0
Decreased appetite 16 (34.0) 2(4.3)
Abdominal pain 15(31.9) 1(2.1)
Anemia 15(31.9) 7(14.9)
Epistaxis 14 (29.8) 0
Pain in extremity 13 (27.7) 4 (8.5)
Dry skin 12 (25.5) 1(2.1)
Rash 12 (25.5) 1(2.1)

*Occurring in >25% of patients in the safety population. THyperphosphatemia includes MedDRA preferred terms of blood phosphorus increased and hyperphosphatemia.
MedDRA, Medical Dictionary for Regulatory Activities; TEAE, treatment-emergent adverse event.

o Pemigatinib is the first treatment to show deep and durable clinical, cytogenetic, and
molecular responses in patients with MLNFGFR? regardless of disease presentation
and number of prior therapies

» Observed toxicities were manageable with dose modification and consistent with the
known safety profile of pemigatinib

o The results suggest that pemigatinib may offer a long-term treatment option for patients
with MLNFGFR1 ineligible for alloSCT, or may facilitate bridging to alloSCT in eligible patients
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