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follow-up in the ERT-naive cohort (Figure 3B).

jgure Z. n n -experienced an -naive pal'lents jgure o. ercentage n ex4 an evels
INTRODUCTION Figure 2. CFBL in 6MWD in (A) ERT- ienced and (B) ERT-nai ' Figure 5. P CFBL in (A) Hex4 and (B) CK level
A 807  Mean (SD) baseline 6MWD (m) = 393.5 (119.7) Mean (SD) 48-month 6MWD (m) = 410.5 (161.4) A _ 304 ERT experienced —@— ERT naive
e Pompe disease is a rare, multisystemic, heterogenous lysosomal disorder E 707 Range(m)=104-344 Range (m) = 113-657 € 204 Mean(SD) baseline Hex4 (mmol/molCr) = Mean (SD) 48-month Hex4 (mmol/molCr) = |
characterised by progressive loss of muscle and respiratory function due to S gg: _ 3 10 ;a6nfgle6(3n ol/molCr) - 1.25-7.7 B Range (mmol/molCH) jfgz_-;)g';
acid a-glucosidase (GAA) deficiency, an enzyme responsible for degrading S 0l £ O e e
lysosomal glycogen. S 30- 336 £ 104
e Enzyme replacement therapy (ERT) with recombinant human GAA (rhGAA), 53 ig: g 207
alglucosidase alfa, is the first approved treatment for the disease* Pt ol S 7301 . ' . +
: . . . S 0.0 2  —404
— While alglucosidase alfa has been shown to improve prognosis,”> some S  -10- | 1 @ _:Z
patients do not respond and many do not show a sustained benefit;° thus, S0 A A A - T o 2 g _60_
substantial unmet clinical needs remain.° Follow-up (months) = _70:
e Another rhGAA, avalglucosidase alfa, was approved in 2021.” n= 16 16 16 15 16 14 13 12 13 12 12 8 9 80 - | | | |
e Cipaglucosidase alfa plus miglustat is an investigational, two-component therapy ° 80 peine 368 BB Fjlrow-u?(months) » * * b
for Pompe disease comprising cipaglucosidase alfa, a novel bis-mannose-6- E Zg: n- 16 16 16 16 16 15 14 14 14 13 12 8 9
phosphate-enhanced rhGAA, administered in conjunction with miglustat, an S . B
enzyme Stabiliser.8'9 ?D 40 30+ ERT experienced —@— ERT naive
. . £ g 201 baseli - _month -
e Results from the PROPEL study, a 52-week, Phase lll study of cipaglucosidase 2 zg: S w04 T 1308 ((ggé.l?fe e ey Means(iwégn;.osr;f ey
alfa plus miglustat versus alglucosidase alfa plus placebo in patients with —;~ o £ 0400 | Range™(U/L)=110-1392; 54 o0 ] Range™ (IU/L) = 71-839; /5“0
Pompe disease were recently published; the open-label extension of this < o 5 .
. “ e 9 @ | Y“Mean (SD) baseline 6MWD (m) = 396.0 (75.2) Mean (SD) 48-month 6MWD (m) = 484.8 (50.6) &
study is ongoing. = ig Raiagr:e (m) =azsée7T4e80 "’ - o Rangr:a (m) = 420-542 £ 204
e Data from our Phase I/Il study (ATB200-02) may provide further understanding TBaseline 3 & 9 1 15 18 21 o4 20 36 18 & 301
of the long-term effect of this investigational therapy. Follow-up (months) = 40-
T -so-
O BJ ECTIV E CFBL, change from baseline; SE, standard error. é"s 60
[ ] f [ ] _70_
. . . o o _80 [ [ [ [ [ [ I I I I I 1
e ATB200-02 (NCT02675465) is an ongoing, open-label, Phase I/1l clinical trial that Resplratory. unction _ Baseline 3 6 9 12 15 18 21 24 30 36 42 a8
aims to evaluate the safety, tolerability, pharmacokinetics, pharmacodynamics e Mean CFBL in FVC was generally stable for up to 48 months of follow-up in e e e e Fjllow-u.;émonths) . B 9 9
. ° n=
and efficacy of cipaglucosidase alfa plus miglustat in adults with Pompe disease. ERT-experienced cohorts (Figure 3A).
e Here, we report up to 48 months of efficacy and safety data for ambulatory e After 12, 24, 36 and 48 months of follow-up, FVC improved (>3% points) or *Lower normal CK limit = 26 IU/L. Upper normal CK limit = 192 |U/L.
patients with Pompe disease in the ATB200-02 study. remained stable (+3% points) from baseline in 9/16, 11/13, 8/10 and 4/6
ERT-experienced patients, respectively. Safety
M ETH 0 DS e Mean CFBL in FVC improved numerically from baseline for up to 48 months of e Table 3 summarises treatment-emergent adverse events (TEAES).

e Mean (SD) duration of treatment was 51.8 (21.46), 37.7 (4.13) and 54.7

e The ATB200-02 study is conducted in 17 centres across 6 countries, with 4 * After 12, 24, 36 and 48 months of follow-up, FVC improved (>3% points) or (12.14) months in cohorts 1 (prior ERT 2-6 years), 4 (prior ERT 7 years)
and 3 (ERT naive), respectively.

e The most common TEAEs included fall, nasopharyngitis, arthralgia,
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e The study design is presented in Figure 1. patients, respectively.
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