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BACKGROUND RESULTS

e Patients with Duchenne muscular dystrophy
(DMD) experience progressive loss of function
that is associated with a substantial reduction in
daily activities, which can decrease quality of life

TABLE 1. Standardized PODCI global function and subscale * At12 months, mean (SD) PODCI global function scores
scores at baseline

were 73.9 (13.4) for givinostat and 72.9 (13.6) for placebo,
and at 18 months, scores were 72.7 (15.3) for givinostat
and 69.0 (15.9) for placebo, indicating less functional

(Qol) decline f . - ad givi 9
e Givinostatis an oral histone deacetylase ecline 1or patients who receilve glVanStat compare

inhibitor that was investigated in DMD in the Gioal | Tanterana | sporsjoyseal| . with placebo (not statistically significant)

random|zed, double-bl_md, placebo-controlled, PODCI function extremity basic mobility function Pain/comfort Happiness _ Trends were generauy S|m|l.ar aCcross SUbscaleS, W|th

phase 3, EPIDYS trial (NCT02851797), based (G;:;"I‘;Stat' AL ) 77.2(12.5)  82.9(12.0) 86.6(12.4) 59.7(17.9) 79.4(16.7)  76.5(18.9) givinostat-treated patients maintaining higher scores

on its potential to slow functional decline’ than placebo
Placebo, mean (SD)

(n=39) 76.9 (12.9) 80.9 (12.7) 86.2 (12.0) 58.5 (22.0) 82.1(18.2) 77.1(20.9) — H oweve r, fo r pa | n/CO mfo rt, ba se l.| ne an d 1 2_ mo nth

ﬁ OBJECTIVE scores were lower for givinostat, while at 18 months,

Note: The global function scale includes the upper extremity function, transfer and basic mobility,

sports/physical function, and pain/comfort subscales. SCcores were hlgher compa red with placebo

PODCI, Pediatric Outcome Data Collection Instrument.

* To evaluate patient-reported outcome data
assessed via the Pediatric Outcome Data e These analyses included 81 patients treated with givinostat FIGURE 2. Treatment effect (givinostat — placebo) on

Collection Instrument (PODCI) from the phase and 39 patients who received placebo in addition to PODCI scores: LS mean difference in change from

3 EPIDYS study, which compared the efficacy standard of care baseline to 18 months

and safety of givinostat vs placebo in addition _ .
) LS mean difference

ambulant boys aged =6 years with DMD scores for givinostat and placebo groups are listed in Table 1 (95% Cl)

METHODS FIGURE 1. Standardized PODCI scores at 18 months Global function L e 2.96 (1.41, 7.33)

* The PODCI has been used to evaluate o
activities of daily living, pain, and happiness . 80.5

. . . . : (14.4) (20.8)
in patients with DMD and their caregivers ey 2y Upper extremity | P 2.38 (-2.00, 6.76)

e The PODCI includes 5 subscales: upper (156 | sy | (193)
extremity function, transfer and basic mobility, ol 153 "
sports/physical function, pain/comfort, and 69.0 |
happiness. The global function scale is a
combination of the upper extremity function, o Transfer and basic | ° . 3.06 (-2.08, 8.20)
transfer and basic mobility, sports/physical
function, and pain/comfort subscales

— Scores range from 0 (poor outcome/worst
health) to 100 (best outcome/ best health), .
with higher scores indicating better QolL?

* Previously published data on PODCI in DMD
reported baseline mean (SD) global function
scores of 71.4 (12.1) in patients aged
/7-10 years and 68.1 (10.9) in patients aged >10
yearss

e |In EPIDYS, PODCI questionnaires were
completed by caregivers (“Parent”) or by
patients themselves if aged =10 years (“Self”)
at baseline and at months 12 and 18

— Respondents may differ from baseline to
nostbaseline evaluations; however, 30
nost hoc analysis determined that
Parent and Self scores were considered
reliable and comparable. Parent and Self -
evaluations were analyzed together as
equivalent measures

e | east squares (LS) means, Cls, and nominal P
values were obtained from an analysis of
covariance model on change from baseline in
the Standardlzed PODCI score at month 18 Note: The PODCI questionnaires were completed by either caregivers or patients; respondents

— Baseline standardized PODCI score and Global Upper Transfer and Sports/physical  Pain/ Happiness may differ across visits, but were analyzed together as equivalent based on post hoc analysis.
LS, least squares; PODCI, Pediatric Outcome Data Collection Instrument.

mobility

Sports/physical function I L ] I 2.05(-4.17,8.27)

60 -

50 -

I Placebo Pain/comfort | @ | 3.52 (-3.55, 10.59)
. Givinostat

40

Mean (SD) standardized PODCI scores

Happiness I L ] | 5.45(-2.02, 12.93)
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LS mean
difference

< >
Favor placebo Favor givinostat

10 -

rederived age at first dose were fitted as it v
covariates, with concomitant corticosteroid
use and treatment group as Independent Note: The PODCI questionnaires were completed by either caregivers or patients; respondents may O Al_though not statistically Signiﬁca nt, the LS mean
. pe . differ across visits, but were analyzed together as equivalent based on post hoc analysis.
classification factors PODCI, Pediatric Outcome Data Collection Instrument. difference (givinostat — placebo) in the PODCI global
function and happiness subscore change from baseline to
e At 18 months, mean (SD) subscale scores were consistently 18 months favored givinostat. Individual component
g CONCLUSIONS higher (not statistically significant) for givinostat than placebo subscores that make up the global function score showed
across subscales (Figure 1) similar results (Figure 2)
e Patients treated with givinostat
showed smaller reductions in
activities of daily living and QoL
REFERENCES

across most PODCI subscales

compared with placebo 1. Mercuri E, et al. Lancet Neurol. 2024,23(4):393-403. 2. Murali CN, et al. Genet Med. 2020;22(3):581-589. 3. McDonald CM, et al. J

: : : Child Neurol. 2010;25(9):1130-1144.
While the differences in QoL between

the 2 groups were not statistically AC.KNOWLEDGMENT AND FUNDING | N _ , ,
significant, the data suggest that This study was funded by Italfarmaco S.p.A. Medical writing support was provided by Vivek Shah, PhD, from Citrus Health Group, Inc.

givinostat may slow the decline of (Chicago, Illinois), and was funded by ITF Therapeutics, LLC.

activities of daily living and QoL in AUTHOR DISCLOSURES

patients with DMD relative to LM: Principal investigator in the EPIDYS study and the nonambulatory study sponsored by Italfarmaco S.p.A. No personal funds were
placebo. Additional studies may be received; however, the institution received funding for both studies. FA, SC, PB: Employees of Italfarmaco S.p.A. NMG: Nothing to
disclose. LDW: Principal investigator in the EPIDYS study sponsored by Italfarmaco S.p.A.; declares scientific advisory board activities
sponsored by Biogen, Entrada, Italfarmaco S.p.A., Janssen, Novartis, Pfizer, PTC Therapeutics, Roche, Sanofi, Santhera
Pharmaceuticals, and Wave Life Sciences; speaker and/or consulting fees from Biogen, Dyne Therapeutics, Novartis, and Roche;
grants from Biogen, Novartis, Pfizer, and Roche. KG: Employee of ITF Therapeutics.

__7 55°CONGRESSO %ALFARMACO

SOCIETA ITALIANA
e 0 DI NEUROLOGIA

warranted to support these findings

Presented at the 55th Congress of the Societa Italiana Di Neurologia (Italian Society of Neurology) | 24-28 October 2025 | Padova, Italy

Previously presented at the International Society for Pharmacoeconomics and Outcomes Research 2025 | May 13-16, 2025 | Montreal, Quebec, Canada



