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CONCLUSIONS RESULTS | | | | . !:rom PEG |n|t|f3|t|on to the pomt of the survey, physicians reported.a 3.4 g/dL N T —
v’ These findings demonstrate the real-world effectiveness of PEG, through = 5 hematologists recorded data for 22 patients with PNH treated with PEG. improvement in hemoglobin on average (8.2 g/dL vs. 11.6 g/dL) (Figure 2a).
improvement across multiple clinical endpoints from PEG initiation to the 59.1% were male, with a median age of 35.0 years, and two-thirds * |Improvements in lactate dehydrogenase (LDH) were also reported from PEG
time of survey completion. remained in full/part time employment at the time of survey completion. initiation to the time of survey time (27.3% vs. 68.2% reporting LDH <1.5x ot lotelt satisfio
c c c c c . . . 0 ||
Noticeable increases in hemoglobin (3.4 g/dL) from PEG initiation to the Median time since diagnosis was 2.4 years. (Table 1) upper limit of normal (ULN), respectively) (Figure 2b). OMPIETELY SaHiSHE
time of survey completion were reported. = Patients had been receiving PEG for a median of 10.3 months and 90.9% of " The proportion of patients reported to experience no fatigue also increased = Satisfied
Congruence between physician and patient reported satisfaction with PEG patients had switched from a previous C5 inhibitor treatment. from PEG initiation to the time of survey completion (0.0% vs. 59.1%, HEONEEE
was reported Both reported favorable satisfaction with PEG h|gh||ght|ng = All patients received a dose of 1080 mg every 3-4 days, which is in line with respeCtiVEIY) (Figure ZC). Neither satisfied or
: : T : T : : dissatisfied
the potential for PEG to improve outcomes for current PNH patients. the label indication. (Tablel) = Mean FACIT score was 40.8 for PEG patients indicating slightly worse fatigue + Diceaticfied
- - - in comparison with th neral lation wh red, 43.5%. (Table 2
Further research is required to understand the long-term effectiveness of 115 b Deea s (o S EIAEs e (EaT G A in comparison with the US general population who scored, 43.5". (Table 2)
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All patients (n=22) Figure 2a: Clinical improvements: Hemoglobin Physician reported Physician reported* Patient reported* dissatistied
INTRODUCTION Age (years), median (range) 35.0 (20.0-67.0) - (n=22) (n=15) (n=15)
* PNH is a rare, chronic, and potentially fatal disease. It is caused by Sex (Male), n (%) 13 (59.1) g (IVetched data for the same =15 patients from the physician enclpetient
uncontrolled complement activation? resulting in hemolysis, which BMI, median (range) 24.9 (22.1-27.8) ] Figure 4: Physician reported control of PNH (a) and QoL (b) at time of survey
clinically manifests as anemia, fatigue, and in severe cases, thrombosis* . Employed (full or part time), n (%) 14 (63.6) . o I —
. Patier;ts with PNH have-negatively impacted daily living and quality of life L Ay — 0.5 (0.0-4.0) 2 —
(QoL)>as a result of their symptc?ms.. . o . Time since diagnosis (years), median (range) 2.4 (0.8-10.7) 2
* Current treatments (e.g., C3/C5 inhibitors) inhibit complement activation . —— |
. . . . Switched from C5 inhibitors™ (%) 20 (90.9) .
to manage complement-driven hemolysis and its associated symptomes. . — _ g
= Symptoms associated with low hemoglobin (<12 g/dL) including fatigue® Time receiving PEG (months), median (range) 10.3 (6.2-14.9) | At PEG initiation -
. Dose (mg), median (range) 1080.0 (1080.0-1080.0) initlatio 'me ot survey
and LDH values above the upper limit of normal’ have been reported to i (n=22) (n=22)

persist in patients receiving CS inhibitor treatment, e
Figure 2b: Clinical improvements: LDH

* This highlights a need for a treatment that can prevent breakthrough Frequency of PEG administration (days), mean (SD) 3.0 (0.0)
symptoms and improve the QoL of PNH patients. PEG administered every 3 days, n (%) 20 (100.0)

O Bj E CTIVE Median was displayed where data was not normally distributed, BMI: Body Mass Index . . .
*Includes eculizumab (ECU) and ravulizumab (RAVU). Disease control Quallty of life
. . « . Il (16) atients were receiving the recommended dose. atients were receiving a dose of mg and 2 were receivin mg which is below the B Above 1.5x ULN

* In this analysis, we assessed the clinical effectiveness of pegcetacoplan e S peten e s e ) t A, m Very well controlled  m Well controlled e Good

(PEG) for real-world PNH patients in the USA. " 15 patlc?nts prow.ded self reported data. Of these pat.le.nts, 53.3% W.ere ® Poorly controlled W Very poorly controlled m Very good M Excellent
METHODS male with a median age of 35.0. They had been receiving PEG for slightly

longer time than the overall patient group (12.4 vs 10.3 months). (Table 2 . . . -
. : : e ™ ° : : i : group { : ) | ) = For all 22 patients, their physician reported to be ‘completely satisfied/
Data were drawn from the Adelphi PNH Disease Specific Programme Table 2: Demographics for patients with self-reported data at time of survey

(DSP), a real-world, cross-sectional survey in the USA ran between January- : At PEG At time of satisfied W.Ith PEG-treatment at the. t!me of survey completlor?. (Figure 3)
ovember - 1Ne methodology has been previously publishe Age (years), median (range) 35.0 (20.0-48.0) 80% of physicians reported to be ‘completely satisfied” with PEG. (Figure 3)

and was copducted accordl.ng to the relevant regulations. | | R By Figure 2c: Clinical improvements: Fatigue = All patients were considered by their physicians to have ‘well/very well
= Hematologists and oncologists were asked to complete questionnaires for 7 ' controlled’ disease at time of survey completion (Figure 4a)

' ' ' ' iCi ' Employed (full ime), n (% 8 (53.3 . . ) )
their consul.tmg pa’Flents with PNH. Phy5|C|ans-repo.rted o!ata on patient mployed (full or part time), n (%) (53.3) = Physicians reported 86.4% of patients had ‘excellent/very good’ overall
demographics, clinical markers, treatment satisfaction, disease control and

Time since diagnosis (years), median (range) 3.2 (0.9-10.7) W Severe fatigue QoL (Figure 4b). The mean EQ-5D-5L Utility score? was 0.94 which is
health-related QoL (HR-Qol). . . :
, o , , Time receiving PEG (months), median (range) 12.4 (6.6-14.9) Moderate fatigue comparable with the US population norm of 0.83°. (Table 2)
= The same patients were invited to provide self-reported data regarding ot
. . . . . i} ili ® Mild fatigue
treatment satisfaction and HR-QoL measures including the FACIT fatigue? EQ-5D Utility score, mean (SD) 0.94 (0.1) g ERERENCES
and EQ-5D-5L°. Matched data was reported from the physician and the FACIT-Fatigue score, mean (SD) 40.8 (7.7) O e L Y e e s s R e e
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' 8 ¥ yp 2 EQ-5D VAS score, mean (SD) 87.4 (7.0) At PEG At time of E ke B e e e e T e T I T e e
months. Descriptive statistics were reported. initiation (n=22) survey (n=22)
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