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Schedule of Visits and Assessments:

EDS in Ataxia Telangiectasia Patients

1st vear of open-label extension treatment (Visit 1 to Visit 13 to be replicated for the second year

onwards)
Visit (V) | Screeming | Baseline/ Safety
Phase * V1 (&) V2 Vi V4 Vs Ve V7 V8 Vo V10 Vi1 V12 V13 followup
visits ()
Study Day or Month (D'M) @) | D -30 to -1 D0 Month | Month | Month | Month | Month | Month | Month | Month | Month | Month | Month | Momm | ~60davs
- after last
1 b 3 4 5 6 7 8 9 10 11 120 eiom
Procedure (8)
Informed Consent Simna ture X X (pre)
InchisionFxchision Criteria X X (pre)
EDS-EP Infusion (b) 1 2 3 4 5 3 7 ] ] 10 11 12 13
Culture-based stesility test (j) Hipost) | Hipost) | Hipost) | Hipost) | Hipost) | Xipost) | Xpest) | Xipest) | Hipost) | Hipost) | Hipest) | Xipost) | X ipost)
Meurological Exammation X X (pre) X (pre)
Pyt Bxaminatin () | oot | Xepost) | Mpost) | Xpost) | Xipost) [ Mpost) | EEF | Kepost) | Xipost) [ wposyy | FEH [ Feed | Xl
TanmnerScale X X (pre) X (pre)
Vital Sizns (b) X X X X X X X X X X X X X X X
ECG X X (pre) X (pre)
Routime Laboratory Tests (2) X Hipe) | Hiom) | Aipe) | Xipre) | Xlom) | Xipre) | Xipe) | Xoe) | Xee) | Soe) | Xoe) | OXoe
Semum creatmine (z) X (pre) X (pre) X (pre) X (pre) X (pre) X (pre) X (pre) X (pre) X (pre) X (pre)
Bone Mmeral Density X X (pre) X (pre)
coruem(®Ume(’) Preguaney Test | X G521 | siv, pre) | 320 pre) | 305 ) [ 3055 pre) | 3005 pre) | 300 pre) | 308 20m0) | 055 | pw) | ey [ KO | XCre) (M) XE)
ICARS X X (pre) X (pre)
CGI-C X (pre) X (pre)
CGI-5 X X (pre) X (pre)
Quality of Life (EQ-3D-5L) X X (pre) X (pre)
C-55ES X X (pre) X (pre) X (pre) X (pre) X (pre) X (pre) X (pre) X (pre) X (pre) X (pre) X (pre) X (pre) X
Hemolysis panel (m) X (pe) X (pre) X (pre) X (pe)
Special Laboratory Tests (b; ¢) X X (pre) X (pre)
EDS end product sample (f) X (post) | X (post) | Hipost) | X ipost) | X (post) | Xipost) | X (post) | X (post) | X (post) | X (post) | X ipost) | X(post) | X (post)
Prnor'Concomitant Treatments Throughout the duration of the study
Adverse Frvents Throughout the duration of the study
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Summary of Safety Data

Mo consistent pattern of changes of a magnitude that led to values that were abnormal. or were deemed
clinically notable, was detected in subjects recerving EDS-processed erythrocytes contamning DSP or saline
for measures evaluating a pre-specified hemolysis panel of tests, or other routine laboratory hematology,
biochemistry, and unnalysis parameters. Similarly, there was no evidence of a systematic effect on vital
signs, weight, or ECGs, and no pattem of adverse events was detected with the tnial treatments. There were
no discontinuations due to AEs, serious adverse events (SAE). or AEs rated severe or unexpected.
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Secondary Endpoint

The secondary objective is to evaluate the long-term effect of EDS-EP on health related Quality of Life
(QoL; EQ-5D-5L scale).

Rationale for EDS Dose
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10 STUDY MEDICATION

10.1 S

10.1.2 EEN—
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Table 2. Schedule of Visits and Assessments: 1st vear of open-label extension treatment (to be re

EDS in Ataxia Telangiectasia Patients

licated for the second vear onwards)

Visit (V) | Screeming | Baszeline/ Safety
Phase * | V1 (&%) ki V3 V4 Vs Ve V7 V8 Vo V10 Vil V12 V13 followup
visits ()
Study Day or Month (VM) @) | D-30t0-1 Do Month | Month | Month | Month | Month | Month | Month | Momth | Month | Momth | Month | Momth “f“' d{“’*‘
1 2 3 4 5 6 7 8 9 10 11 11 L;‘:l’ﬁ;;‘
Procedure (§)
Tnformed Consent Sizna fure X X (pre)
Tnchision/ Exchision Criteria X X (pre)
ED5-EP Infusion (b) 1 2 3 1 5 5 7 g ] 10 11 12 13
Culture_based sterlity test (3) X (post) | X(post) | X(post) | X(post) | X (post) | X (post) | X(post) | X (pest) | X (post) | X (post) | X (pest) | X (pest) | X (post)
Meurological Exammation X X (pre) X (pre)
Plry=zal Bxammnatin () * Xos) | Mpos) | Xpost) | Xos) | Xost) [ Xos) | T | Mpost) | Xgos) | Mowy [ FEOH | FeoH | T
TannerScale X X (pre) X (pre)
Vital Sizns (0) X X X T T X X X T X X T X X X
ECG X X (pre) X (pre)
Routine Labortory Tests (a) X Kipe) | o) | Aipe | Xe | Xem | Lpe | See | Xee | e | Lee | Xee) | X e
Serum creatmme () Kipe) | Xioe) | Aipe) | Xipe) | Xioe) Hipw) | Xipre) | Zipm | Zpw) | Xlpe)
Bone Mmeral Density X X (pre) X (pre)
) limel?) Begmaney Test | XG50 | 5t pue) [ 3000 pre) | 3003 ) | X0 pre) | 305 ) | 305 prw) | 5.5000) | 3005 pre) [ ) [ 3y [ KO | X (O X
ICARS X X (pre) X (pre)
CEC X (pre) X (pre)
CGE-S X X (pre) X (p=)
Quality of Life (EQ-5D-5L) X X (pre) X (pre)
C-55R5 X X (pme) X (pre) X (pre) X (pe) X (pre) X (pre) X (pre) X (pe) X (pre) X (pre) X (pre) X (pme) X
Hemolysis panel (m) X (pe) X (pe) X (pe) X (pe)
Special Laboratory Tests (b; ¢) X X (pre) X (pre)
EDS end product sample (£) X (post) | X(post) | X(post) | X(post) | X (post) | X (post) | X(post) | X (pest) | X (post) | X (post) | X (pest) | X (pest) | X (post)
Prior/Concomitant Treatments Throughout the duwration of the study
Adverse Events Throughout the duration of the study
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