Qualitatsbericht 2024

Publikationen von Mitgliedern des ZSEA,
die in Pubmed fiir den Zeitraum (01.10.2023 - 30.09.2024) unter Aachener Adresse
registriert sind und einen Bezug zu Seltenen Erkrankungen aufweisen

(jede Publikation wird nur ein Mal aufgefihrt, unterstrichen sind die Autoren, die Sprecher/innen und stv.
Sprecher/innen von Behandlungs- und Forschungszentren sind oder i.d.R. anderweitig als
Ansprechpartner/in im ZSEA-Internet gelistet sind)

Seltene neurologische Erkrankungen

1.

Beijer D, Dohrn MF, Rebelo A, Danzi MC, Grosz BR, Ellis M, Kumar KR, Vucic S, Vais H,
Weissenrieder JS, Lunko O, Paudel U, Simpson LC, Raposo J, Saporta M, Arcia Y, Xu |, Feely
S, Record CJ, Blake J, Reilly MM, Scherer S, Kennerson M, Lee YC, Foskett JK, Shy M,
Zuchner S. A recurrent missense variant in ITPR3 causes demyelinating Charcot-Marie-Tooth
with variable severity. Brain. 2024 Jun 28:awae206. doi: 10.1093/brain/awae206. Epub ahead
of print. PMID: 38938188.

Bremer J, Meinhardt A, Katona |, Senderek J, Kdmmerer-Gassler EK, Roos A, Ferbert A,
Schréder JM, Nikolin S, Nolte K, Sellhaus B, Popzhelyazkova K, Tacke F, Schara-Schmidt U,
Neuen-Jacob E, de Groote CC, de Jonghe P, Timmerman V, Baets J, Weis J. Myelin protein
zero mutation-related hereditary neuropathies: Neuropathological insight from a new nerve

biopsy cohort. Brain Pathol. 2024 Jan;34(1):e13200. doi: 10.1111/bpa.13200. Epub 2023 Aug
15. PMID: 37581289; PMCID: PMC10711263.

Cortese A, Currd R, Ronco R, Blake J, Rossor AM, Bugiardini E, Laura M, Warner T, Yousry T,
Poh R, Polke J, Rebelo A, Dohrn MF, Saporta M, Houlden H, Zuchner S, Reilly MM. Mutations
in alpha-B-crystallin cause autosomal dominant axonal Charcot-Marie-Tooth disease with
congenital cataracts. Eur J Neurol. 2024 Jan;31(1):e16063. doi: 10.1111/ene.16063. Epub
2023 Sep 29. PMID: 37772343; PMCID: PMC10872581.

Danzi MC, Powell E, Rebelo AP, Dohrn MF, Beijer D, Fazal S, Xu IRL, Medina J, Chen S, Arcia
de Jesus Y, Schatzman J, Hershberger RE, Saporta M, Baets J, Falk M, Herrmann DN,
Scherer SS, Reilly MM, Cortese A, Marques W, Cornejo-Olivas MR, Sanmaneechai O,

Kennerson ML, Jordanova A, Silva TYT, Pedroso JL, Schierbaum L, Ebrahimi-Fakhari D, Peric

S, Lee YC, Synofzik M, Tekin M, Ravenscroft G, Shy M, Basak N, Schule R, Zuchner S. The
GENESIS database and tools: A decade of discovery in Mendelian genomics. Exp Neurol.
2024 Dec;382:114978. doi: 10.1016/j.expneurol.2024.114978. Epub 2024 Sep 30. PMID:
39357594.
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10.

11.

Dohrn MF, Beijer D, Lone MA, Bayraktar E, Oflazer P, Orbach R, Donkervoort S, Foley AR,
Rose A, Lyons M, Louie RJ, Gable K, Dunn T, Chen S, Danzi MC, Synofzik M, Bonnemann CG,
Nazli Basak A, Hornemann T, Zuchner S. Recurrent <i>de-novo gain-of-function</i> mutation
in <i>SPTLC2</i> confirms dysregulated sphingolipid production to cause juvenile amyotrophic
lateral sclerosis. J Neurol Neurosurg Psychiatry. 2024 Feb 14;95(3):201-205. doi:
10.1136/jnnp-2023-332130. PMID: 38041684; PMCID: PMC10922288.

Ferreira M, Schaprian T, Kiigler D, Reuter M, Deike-Hoffmann K, Timmann D, Ernst TM, Giunti
P, Garcia-Moreno H, van de Warrenburg B, van Gaalen J, de Vries J, Jacobi H, Steiner KM, Oz
G, Joers JM, Onyike C, Povazan M, Reetz K, Romanzetti S, Klockgether T, Faber J. Cerebellar
volumetry in ataxias: Relation to ataxia severity and duration. Res Sq [Preprint]. 2023 Nov
16:rs.3.rs-3605029. doi: 10.21203/rs.3.rs-3605029/v1. Update in: Cerebellum. 2024
Aug;23(4):1521-1529. doi: 10.1007/s12311-024-01659-0. PMID: 38014351; PMCID:
PMC10680914.

Ferreira M, Schaprian T, Kigler D, Reuter M, Deike-Hoffmann K, Timmann D, Ernst TM, Giunti
P, Garcia-Moreno H, van de Warrenburg B, van Gaalen J, de Vries J, Jacobi H, Steiner KM, Oz
G, Joers JM, Onyike C, Povazan M, Reetz K, Romanzetti S, Klockgether T, Faber J. Cerebellar
Volumetry in Ataxias: Relation to Ataxia Severity and Duration. Cerebellum. 2024
Aug;23(4):1521-1529. doi: 10.1007/s12311-024-01659-0. Epub 2024 Feb 16. Erratum in:
Cerebellum. 2024 Aug;23(4):1530-1531. doi: 10.1007/s12311-024-01681-2. PMID: 38363498;
PMCID: PMC11269395.

Ferreira M, Schaprian T, Klugler D, Reuter M, Deike-Hoffmann K, Timmann D, Ernst TM, Giunti
P, Garcia-Moreno H, van de Warrenburg B, van Gaalen J, de Vries J, Jacobi H, Steiner KM, Oz
G, Joers JM, Onyike C, Povazan M, Reetz K, Romanzetti S, Klockgether T, Faber J.
Correction: Cerebellar Volumetry in Ataxias: Relation to Ataxia Severity and Duration.
Cerebellum. 2024 Aug;23(4):1530-1531. doi: 10.1007/s12311-024-01681-2. Erratum for:
Cerebellum. 2024 Aug;23(4):1521-1529. doi: 10.1007/s12311-024-01659-0. PMID: 38446346;
PMCID: PMC11269408.

Fischer F, Dohrn MF, Kapfenberger R, Igharo D, Seeber D, de Moya Rubio E, Pitarokoili K,
Bdrsch N, Micke M, Rolke R, Schulz JB, Maier A. Neuropathische Schmerzen als Symptom
bei autonomen Neuropathien und anderen seltenen Erkrankungen : Kleinfaserneuropathie
erkennen, diagnostizieren und behandeln [Neuropathic pain as a symptom in autonomic
neuropathies and other rare diseases : Small fiber neuropathy: its recognition, diagnosis, and
treatment]. Schmerz. 2024 Feb;38(1):33-40. German. doi: 10.1007/s00482-023-00783-w.
Epub 2024 Jan 10. PMID: 38197939.

Godbole S, Vol H, Gocke A, Schlumbohm S, Schumann Y, Peng B, Mynarek M, Rutkowski S,
Dottermusch M, Dorostkar MM, Korshunov A, Mair T, Pfister SM, Kwiatkowski M, Hotze M,
Neumann P, Hartmann C, Weis J, Liesche-Starnecker F, Guan Y, Moritz M, Siebels B, Struve
N, Schltter H, Schilller U, Krisp C, Neumann JE. Multiomic profiling of medulloblastoma
reveals subtype-specific targetable alterations at the proteome and N-glycan level. Nat
Commun. 2024 Jul 24;15(1):6237. doi: 10.1038/s41467-024-50554-z. PMID: 39043693;
PMCID: PMC11266559.

Graessner H, Reinhard C, Baumer T, Baumgartner A, Brockmann K, Briggemann N, Bultmann
E, Erdmann J, Heise K, Hoglinger G, Hiining |, Kaiser FJ, Klein C, Klopstock T, Krageloh-Mann
I, Kraemer M, Luedtke K, Micke M, Musacchio T, Nadke A, Osmanovic A, Ritter G, Rose K,
Schippers C, Schols L, Schiile R, Schulz JB, Sprof J, Stasch E, Wunderlich G, Miinchau A.
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Recommendations for optimal interdisciplinary management and healthcare settings for
patients with rare neurological diseases. Orphanet J Rare Dis. 2024 Feb 13;19(1):62. doi:
10.1186/s13023-024-03023-1. PMID: 38347616; PMCID: PMC10863275.

Hengel H, Martus P, Faber J, Giunti P, Garcia-Moreno H, Solanky N, Klockgether T, Reetz K,
van de Warrenburg BP, Santana MM, Silva P, Cunha I, de Almeida LP, Timmann D, Infante J,
de Vries J, Lima M, Pires P, Bushara K, Jacobi H, Onyike C, Schmahmann JD,
Huibener-Schmid J, Synofzik M; European Spinocerebellar Ataxia Type-3/Machado-Joseph
Disease Initiative (ESMI) Study Group; Schdls L. Correction to: The frequency of non-motor
symptoms in SCA3 and their association with disease severity and lifestyle factors. J Neurol.
2024 Jan;271(1):628-629. doi: 10.1007/s00415-023-12064-8. Erratum for: J Neurol. 2023
Feb;270(2):944-952. doi: 10.1007/s00415-022-11441-z. PMID: 37979094; PMCID:
PMC10769956.

Holzer MT, Uruha A, Roos A, Hentschel A, Schanzer A, Weis J, Claeys KG, Schoser B,
Montagnese F, Goebel HH, Huber M, Léonard-Louis S, Kétter |, Streichenberger N, Gallay L,
Benveniste O, Schneider U, Preusse C, Krusche M, Stenzel W. Anti-Ku + myositis: an acquired
inflammatory protein-aggregate myopathy. Acta Neuropathol. 2024 Jul 16;148(1):6. doi:
10.1007/s00401-024-02765-3. PMID: 39012547; PMCID: PMC11252205.

Indelicato E, Reetz K, Maier S, Nachbauer W, Amprosi M, Giunti P, Mariotti C, Durr A, de
Rivera Garrido FJR, Klopstock T, Schéls L, Klockgether T, Birk K, Pandolfo M, Didszun C,
Grobe-Einsler M, Nanetti L, Nenning L, Kiechl S, Dichtl W, Ulmer H, Schulz JB, Boesch S;
European Friedreich's Ataxia Consortium for Translational Studies (EFACTS). Predictors of
Survival in Friedreich's Ataxia: A Prospective Cohort Study. Mov Disord. 2024
Mar;39(3):510-518. doi: 10.1002/mds.29687. Epub 2023 Dec 23. PMID: 38140802.

Jing Y, Dogan |, Reetz K, Romanzetti S. Neurochemical changes in the progression of
Huntington's disease: A meta-analysis of in vivo<sup>1</sup>H-MRS studies. Neurobiol Dis.
2024 Sep;199:106574. doi: 10.1016/j.nbd.2024.106574. Epub 2024 Jun 22. PMID: 38914172.

Lavorgna L, Maida E, Reinhard C, Cras P, Reetz K, Molnar MJ, Nonnekes J, Medijainen K,
Summa S, Diserens K, Petrarca M, Albanese A, Leocani L, Delussi M, Vinciguerra C, Pagliano
E, Kubica J, Lallemant P, Wenning G, Sival D, Groleger Srsen K, Bertini ES, Lopane G, Boesch
S, Bonavita S, Crosiers D, Muresanu D, Timmann D, Federico A; European Reference Network
on Rare Neurological Disease (ERN-RND) Telerehabilitation Working Group. The Growing
Role of Telerehabilitation and Teleassessment in the Management of Movement Disorders in
Rare Neurological Diseases: A Scoping Review. Telemed J E Health. 2024
Sep;30(9):2419-2430. doi: 10.1089/tmj.2023.0702. Epub 2024 Jul 1. PMID: 38946606.

Linse K, Weber C, Reilich P, Schéberl F, Boentert M, Petri S, Rédiger A, Posa A, Otto M, Wolf
J, Zeller D, Brunkhorst R, Koch J, Hermann A, GroRRkreutz J, Schréter C, Grof M, Lingor P,
Machetanz G, Semmler L, Dorst J, Lulé D, Ludolph A, Meyer T, Maier A, Metelmann M,
Regensburger M, Winkler J, Schrank B, Kohl Z, Hagenacker T, Brakemeier S, Weyen U, Weiler
M, Lorenzl S, Bublitz S, Weydt P, Grehl T, Kotterba S, Lapp HS, Freigang M, Vidovic M, Aust E,
Gunther R. Patients' and caregivers' perception of multidimensional and palliative care in
amyotrophic lateral sclerosis - protocol of a German multicentre study. Neurol Res Pract. 2024
Jul 4;6(1):34. doi: 10.1186/s42466-024-00328-1. PMID: 38961496; PMCID: PMC11223310.
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22.

Paul MS, Michener SL, Pan H, Chan H, Pfliger JM, Rosenfeld JA, Lerma VC, Tran A, Longley
MA, Lewis RA, Weisz-Hubshman M, Bekheirnia MR, Bekheirnia N, Massingham L, Zech M,
Wagner M, Engels H, Cremer K, Mangold E, Peters S, Trautmann J, Mester JL, Guillen Sacoto
MJ, Person R, McDonnell PP, Cohen SR, Lusk L, Cohen ASA, Le Pichon JB, Pastinen T, Zhou
D, Engleman K, Racine C, Faivre L, Moutton S, Denommé-Pichon AS, Koh HY, Poduri A,
Bolton J, Knopp C, Julia Suh DS, Maier A, Toosi MB, Karimiani EG, Maroofian R, Schaefer GB,
Ramakumaran V, Vasudevan P, Prasad C, Osmond M, Schuhmann S, Vasileiou G, Russ- Hall
S, Scheffer IE, Carvill GL, Mefford H; Undiagnosed Diseases Network; Bacino CA, Lee BH,
Chao HT. A syndromic neurodevelopmental disorder caused by rare variants in PPFIA3. Am J
Hum Genet. 2024 Jan 4;111(1):96-118. doi: 10.1016/j.ajhg.2023.12.004. Erratum in: Am J
Hum Genet. 2024 Apr 4;111(4):805. doi: 10.1016/j.ajhg.2024.03.009. Erratum in: Am J Hum
Genet. 2024 Jun 6;111(6):1239. doi: 10.1016/j.ajhg.2024.04.022. PMID: 38181735; PMCID:
PMC10806447.

Porcu L, Fichera M, Nanetti L, Rulli E, Giunti P, Parkinson MH, Durr A, Ewenczyk C, Boesch S,
Nachbauer W, Indelicato E, Klopstock T, Stendel C, Rodriguez de Rivera FJ, Schols L, Fleszar
Z, Giordano |, Didszun C, Castaldo A, Rai M, Klockgether T, Pandolfo M, Schulz JB, Reetz K,
Mariotti C; EFACTS Study Group. Longitudinal changes of SARA scale in Friedreich ataxia:
Strong influence of baseline score and age at onset. Ann Clin Transl Neurol. 2023
Nov;10(11):2000-2012. doi: 10.1002/acn3.51886. Epub 2023 Aug 28. PMID: 37641437;
PMCID: PMC10647003.

Rebelo AP, Abad C, Dohrn MF, Li JJ, Tieu EK, Medina J, Yanick C, Huang J, Zotter B, Young
JI, Saporta M, Scherer SS, Walz K, Zuchner S. SORD-deficient rats develop a
motor-predominant peripheral neuropathy unveiling novel pathophysiological insights. Brain.
2024 Sep 3;147(9):3131-3143. doi: 10.1093/brain/awae079. PMID: 38538210.

Rebelo AP, Tomaselli PJ, Medina J, Wang Y, Dohrn MF, Nyvltova E, Danzi MC, Garrett M,
Smith SE, Pestronk A, Li C, Ruiz A, Jacobs E, Feely SME, Fran¢ca MC, Gomes MV, Santos DF,
Kumar S, Lombard DB, Saporta M, Hekimi S, Barrientos A, Weihl C, Shy ME, Marques W,
Zuchner S. Biallelic variants in COQ?7 cause distal hereditary motor neuropathy with upper
motor neuron signs. Brain. 2023 Oct 3;146(10):4191-4199. doi: 10.1093/brain/awad158. PMID:
37170631; PMCID: PMC10545612.

Rezende TJR, Adanyaguh |, Barsottini OGP, Bender B, Cendes F, Coutinho L, Deistung A,
Dogan I, Durr A, Fernandez-Ruiz J, Géricke SL, Grisoli M, Hernandez- Castillo CR, Lenglet C,
Mariotti C, Martinez ARM, Massuyama BK, Mochel F, Nanetti L, Nigri A, Ono SE, Oz G,
Pedroso JL, Reetz K, Synofzik M, Teive H, Thomopoulos SI, Thompson PM, Timmann D, van
de Warrenburg BPC, van Gaalen J, Franga MC Jr, Harding IH. Genotype-specific spinal cord
damage in spinocerebellar ataxias: an ENIGMA-Ataxia study. J Neurol Neurosurg Psychiatry.
2024 Jun 17;95(7):682-690. doi: 10.1136/jnnp-2023-332696. PMID: 38383154; PMCID:
PMC11187354.
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26.

27.

28.

29.

30.

Robertson JW, Adanyeguh |, Bender B, Boesch S, Brunetti A, Cocozza S, Coutinho L,
Deistung A, Diciotti S, Dogan |, Durr A, Fernandez-Ruiz J, Géricke SL, Grisoli M, Han S,
Mariotti C, Marzi C, Mascalchi M, Mochel F, Nachbauer W, Nanetti L, Nigri A, Ono SE, Onyike
CU, Prince JL, Reetz K, Romanzetti S, Sacca F, Synofzik M, Ghizoni Teive HA, Thomopoulos
S|, Thompson PM, Timmann D, Ying SH, Harding IH, Hernandez-Castillo CR. The Pattern and
Staging of Brain Atrophy in Spinocerebellar Ataxia Type 2 (SCA2): MRI Volumetrics from
ENIGMA-Ataxia. bioRxiv [Preprint]. 2024 Sep 17:2024.09.16.613281. doi:
10.1101/2024.09.16.613281. PMID: 39345594; PMCID: PMC11429976.

Rodriguez-Labrada R, Canales-Ochoa N, Galicia-Polo ML, Cruz-Rivas E, Romanzetti S,
Pena-Acosta A, Estupinan-Rodriguez A, Vazquez-Mojena Y, Dogan |, Auburger G, Reetz K,
Velazquez-Pérez L. Structural Brain Correlates of Sleep Microstructure in Spinocerebellar
Ataxia Type 2 and its Role on Clinical Phenotype. Cerebellum. 2024 Oct;23(5):1839-1847. doi:
10.1007/s12311-024-01674-1. Epub 2024 Mar 4. PMID: 38438827 .

Roos A, Hausler M, Kollipara L, Topf A, Preusse C, Stucka R, Nolte K, Strom T, Berutti R, Jiang
X, Koll R, Lochmuller H, Schacht SM, Zahedi RP, Weis J, Senderek J. HNRNPA1 de novo
Variant Associated with Early Childhood Onset, Rapidly Progressive Generalized Myopathy. J
Neuromuscul Dis. 2024;11(5):1131-1137. doi: 10.3233/JND-240050. PMID: 39121134;
PMCID: PMC11380306.

Roos A, van der Ven PFM, Alrohaif H, Kolbel H, Heil L, Della Marina A, Weis J, ARent M,
Beck-Waodl S, Barresi R, Topf A, O'Connor K, Sickmann A, Kohlschmidt N, El Gizouli M, Meyer
N, Daya N, Grande V, Bois K, Kaiser FJ, Vorgerd M, Schréder C, Schara-Schmidt U, Gangfuss
A, Evangelista T, Rébisch L, Hentschel A, Griineboom A, Fuerst DO, Kuechler A, Tzschach A,
Depienne C, Lochmdller H. Bi- allelic variants of FILIP1 cause congenital myopathy,
dysmorphism and neurological defects. Brain. 2023 Oct 3;146(10):4200-4216. doi:
10.1093/brain/awad152. PMID: 37163662; PMCID: PMC10545528.

Saft C, Burgunder JM, Dose M, Jung HH, Katzenschlager R, Priller J, Nguyen HP, Reetz K,
Reilmann R, Seppi K, Landwehrmeyer GB. Symptomatic treatment options for Huntington's
disease (guidelines of the German Neurological Society). Neurol Res Pract. 2023 Nov
16;5(1):61. doi: 10.1186/s42466-023-00285-1. PMID: 37968732; PMCID: PMC10652593.

Saft C, Burgunder JM, Dose M, Jung HH, Katzenschlager R, Priller J, Nguyen HP, Reetz K,
Reilmann R, Seppi K, Landwehrmeyer GB. Differential diagnosis of chorea (guidelines of the
German Neurological Society). Neurol Res Pract. 2023 Nov 23;5(1):63. doi:
10.1186/s42466-023-00292-2. PMID: 37993913; PMCID: PMC10666412.

Xu IRL, Danzi MC, Ruiz A, Raposo J, De Jesus YA, Reilly MM, Cortese A, Shy ME, Scherer
SS, Herrmann DN, Fridman V, Baets J, Saporta M, Seyedsadjadi R, Stojkovic T, Claeys KG,
Patel P, Feely S, Rebelo AP; Inherited Neuropathy Consortium; Dohrn MF, Zichner S. A study
concept of expeditious clinical enrollment for genetic modifier studies in Charcot-Marie-Tooth
neuropathy 1A. J Peripher Nerv Syst. 2024 Jun;29(2):202-212. doi: 10.1111/jns.12621. Epub
2024 Apr 5. PMID: 38581130; PMCID: PMC11209807.

Neu: Costa AS, Albrecht M, Reich A, Nikoubashman O, Schulz JB, Reetz K, Pinho J.
Non-hemorrhagic imaging markers of cerebral amyloid angiopathy in memory clinic patients.
Alzheimers Dement. 2024 Jul;20(7):4792-4802. doi: 10.1002/alz.13920. Epub 2024 Jun 12.
PMID: 38865440; PMCID: PMC11247708.
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Seltene hamatologische Erkrankungen

31.

32.

33.

34.

35.

36.

37.

Ben Hamza A, Welters C, Stadler S, Briiggemann M, Dietze K, Brauns O, Brimmendorf TH,
Winkler T, Bullinger L, Blankenstein T, Rosenberger L, Leisegang M, Kammertons T, Herr W,
Moosmann A, Strobel J, Hackstein H, Dornmair K, Beier F, Hansmann L. Virus-reactive T cells
expanded in aplastic anemia eliminate hematopoietic progenitor cells by molecular mimicry.
Blood. 2024 Apr 4;143(14):1365-1378. doi: 10.1182/blood.2023023142. PMID: 38277625.

Bermes M, Rodriguez MJ, de Toledo MAS, Ernst S, Miller-Newen G, Brimmendorf TH,
Chatain N, Koschmieder S, Baumeister J. Exploiting Synthetic Lethality between Germline
BRCA1 Haploinsufficiency and PARP Inhibition in JAK2V617F-Positive Myeloproliferative
Neoplasms. Int J Mol Sci. 2023 Dec 16;24(24):17560. doi: 10.3390/ijms242417560. PMID:
38139386; PMCID: PMC10743753.

Dingli D, De Castro lii C, Koprivnikar J, Kulasekararaj A, Maciejewski J, Mulherin B, Panse J,
Pullarkat V, Réth A, Shammo J, Terriou L, Weitz |, Yermilov |, Gibbs S, Broder M, Beenhouwer
D, Kuter D. Expert consensus on the management of pharmacodynamic
breakthrough-hemolysis in treated paroxysmal nocturnal hemoglobinuria. Hematology. 2024
Dec;29(1):2329030. doi: 10.1080/16078454.2024.2329030. Epub 2024 Mar 21. PMID:
39665683.

EnRle JC, Wolf S, Scheich S, Weber S, Kramer M, Ruhnke L, Schliemann C, Mikesch JH,
Krause S, Sauer T, Hanoun M, Reinhardt HC, Kraus S, Kaufmann M, Hanel M, Fransecky L,
Burchert A, Neubauer A, Crysandt M, Jost E, Niemann D, Schafer-Eckart K, Held G, Kaiser U,
Wass M, Schaich M, Muller-Tidow C, Platzbecker U, Baldus CD, Bornhauser M, Réllig C,
Serve H; Study Alliance Leukemia (SAL); Steffen B. Impact of BMI on patient outcome in acute
myeloid leukaemia patients receiving intensive induction therapy: a real-world registry
experience. Br J Cancer. 2023 Oct;129(7):1126-1133. doi: 10.1038/s41416-023-02362-3.
Epub 2023 Aug 4. PMID: 37542108; PMCID: PMC10539505.

Gambacorti-Passerini C, Brimmendorf TH, Abruzzese E, Kelly KR, Oehler VG,
Garcia-Gutiérrez V, Hjorth-Hansen H, Ernst T, Leip E, Purcell S, Luscan G, Viqueira A, Giles
FJ, Hochhaus A. Efficacy and safety of bosutinib in previously treated patients with chronic
myeloid leukemia: final results from the BYOND trial. Leukemia. 2024 Oct;38(10):2162-2170.
doi: 10.1038/s41375-024-02372-x. Epub 2024 Aug 20. PMID: 39164407; PMCID:
PMC11436368.

Grasshoff M, Kalmer M, Chatain N, Kricheldorf K, Maurer A, Weiskirchen R, Koschmieder S,
Costa IG. Single cell level Genotyping Using scRna Data (SIGURD). Brief Bioinform. 2024 Sep
23;25(6):bbae604. doi: 10.1093/bib/bbae604. PMID: 39559832; PMCID: PMC11574290.

Griffin M, Eikema DJ, Verheggen |, Kulagin A, Tjon JM, Fattizzo B, Ingram W, Zaidi U, Desnica
L, Giammarco S, Drozd-Sokolowska J, Xicoy B, Patriarca A, Loschi M, Szmigielska-Kaplon A,
Beier F, Cignetti A, Drexler B, Gavriilaki E, Lanza F, Orvain C, Risitano AM, De la Camara R,
De Latour RP. SARS-CoV-2 vaccination in 361 non-transplanted patients with aplastic anemia
and/or paroxysmal nocturnal hemoglobinuria. Haematologica. 2024 Jan 1;109(1):283-286. doi:
10.3324/haematol.2023.283863. PMID: 37584297; PMCID: PMC10772488.
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39.

40.

41.

42.

43.

44,

45.

Griffin M, Kelly RJ, Panse J, de Castro C, Szer J, Horneff R, Tan L, Yeh M, Peffault de Latour R.
Management of acute breakthrough hemolysis with intensive pegcetacoplan dosing in patients
with PNH. Blood Adv. 2024 Apr 9;8(7):1776-1786. doi: 10.1182/bloodadvances.2023011691.
PMID: 38315872; PMCID: PMC10985803.

Harrison CN, Kiladjian JJ, Koschmieder S, Passamonti F. Myelofibrosis: Current unmet needs,
emerging treatments, and future perspectives. Cancer. 2024 Jun 15;130(12):2091-2097. doi:
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